
   

 

Committee Members 

Carsten Bonnemann, MD; Merit Cudkowicz, MD; Robert Griggs, MD; Shafali 
Jeste, MD; John Morris, MD; Raymond Roos, MD; Ralph Sacco, MD; Ira Shoulson, 
MD; Eugene Scharf, MD; Natalia Rost, MD; Christy Phelps, Deputy ED AAN; 
Catherine Rydell, CAE 

Staff Jane Ransom, Shelly Collins Rucks, Suzi Sherman, Natalie Baumgartner 

 AGENDA ITEM PRESENTED BY 

10:00 
a.m. 
CT 

Welcome Dr. Griggs 

10:05 

1. Crowdfunding 
a. Current and projected crowdfunding projects 
b. Marketing crowdfunding projects 

 

Dr. Scharf & Jane Ransom 
    

10:15 2. Weizmann Institute Crowdfunding Application Dr. Roos 

10:20 3. Athlete Brain Health Research Fund Jane Ransom  

10:30 4. Role of Research Advisory Committee in ABF Donor Advised 
Fund 

Dr. Griggs 

10:40 5. X-Prize Dr. Morris 

10:50 6. Science Committee Meeting in January  Drs. Jeste & Griggs 

10:55 7. Annual Meeting Opportunities Suzi Sherman 

 Adjourn  

 

 
AMERICAN BRAIN FOUNDATION 

Research Advisory Committee 
December 18, 2017 

11:00 a.m. EST/10:00 a.m. CST/9:00 a.m. MST/8:00 a.m. PST 
 

Call-in number: 866-740-1260 
Access code: 9286317 
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American Brain Foundation 
Research Advisory Committee Meeting 

July 24, 2017 
11:00 a.m. ET/ 10:00 a.m. CT/ 9:00 a.m. MT/ 8:00 a.m. PT 

Conference Call  
 
In attendance: Robert Griggs, MD; Ralph Sacco, MD; Ira Shoulson, MD; Eugene Scharf, MD; 
John Morris, MD; Raymond Roos, MD 
 
Staff: Jane Ransom, Shelly Rucks, Suzi Sherman, Natalie Baumgartner 
 
Excused: Carsten Bonnemann, MD; Merit Cudkowicz, MD; Shafali Jeste, MD; Natalia Rost, 
MD; Christy Phelps, Deputy ED AAN. 
 
Dr. Griggs welcomed everyone and discussed the agenda for the meeting. Dr. Griggs asked 

that the Research Advisory Committee minutes from June 19, 2017, be reviewed.  

MOTION to approve the minutes from June 19, 2017.  

Approved (Unanimous). 

1. Crowdfunding: Dr. Griggs asked for the Committee’s feedback on the Research Project 

applications provided in the meeting materials. Dr. Griggs led the discussion by stating 

that he preferred an NIH bio sketch, which was being set in place for future applications. 

He also questioned how many reviewers were looking at individual projects. Ms. 

Sherman stated that there were 30 reviewers, with 10-12 responses on Letters of 

Intents. Reviewers struggle to respond in the time frame given. Dr. Griggs asked Ms. 

Sherman to send him the list of people who have and have not responded to her 

requests for application review. He wanted to reach out to them.   

 

Dr. Griggs also wanted to know if any submitted projects had been rejected. Ms. 

Sherman agreed to the earlier request and stated that none of the 18 LOIs have been 

rejected.  Many applications are still pending the full applications. Dr. Griggs asked why 

three quarters of full applications only had two reviewers. Ms. Sherman explained that 

each disease area had specific group of specialized reviewers, some of which only have 

two reviewers in the group. The goal is to expand these disease groupings to five 

reviewers each. Dr. Griggs asked Ms. Sherman to forward who was in each group so 

that he could send additional reviewers names to expand these groups further.  

 

Dr. Griggs questioned if researchers were given reviewer comments. Ms. Sherman said 

that they were not. The Committee agreed that the researchers would benefit from 

reviewer comments.  

 

The Committee discussed the crowdfunding site’s public impact. They questioned how 

many hits the website was getting and how much impact these projects were having on 

the public. The Committee recognized that there were key departments within the 

Academy that still do not know about the crowdfunding site and that public awareness 
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has been put on the back burner until the Foundation’s marketing strategy has been 

formalized.  

 

Ms. Ransom responded to these concerns. The crowdfunding site has not been pushed 

to the public yet, but the Foundation recently hired marketing support in the form of 

Joanna Wasmuth, who will be putting together an 18-month plan. The marketing plan 

will emphasize the crowdfunding site. The Foundation is looking at a marketing plan that 

can be methodically implemented and will focus on paid and unpaid social media 

marketing and advertising. Ms. Ransom also mentioned that 2018 CRTS recipient 

projects will be posted on the crowdfunding site to support the Foundation’s share and to 

continue to build public awareness for their CRTS’s.  

 

The Committee wanted to know if it was possible for the Foundation to get on the front 

page of Neurology Today to build awareness amongst neurologists. They also wanted to 

know if there was a marketing plan geared toward international applications. Ms. 

Ransom stated that there was no current international public awareness plan, but the 

Foundation could start reaching out to neurological associations of other countries. The 

Committee liked the idea of getting more international reviewers as a precursor to 

international applicants.  

 

Dr. Griggs asked the Committee if they saw any negative aspects to having more 

international involved both as researchers and reviewers. The Committee expressed a 

general concern about cultivating potential funders. Getting a marketing plan in place is 

essential, but the implementation of a marketing plan could take months. They also 

wanted to look at each project granularly to understand who might be potential donors to 

each project. The Committee discussed the possibility of a commercial entity funding 

projects. They were concerned that a marketing company might not know anything 

about the potential audiences available and would cause the Foundation to miss 

opportunities. Dr. Griggs agreed that it is important to be aware of potential market, but a 

good marketing company will be able to market to commercial and international entities 

with ease. Marketing internationally might help the Foundation’s image and build 

international donors.  

 

Ms. Ransom wanted to clarify that when the Committee was talking about commercial 

opportunities, they were thinking about Pharma. The Committee identified Pharma, 

medical device start-ups, and biotech companies as potential groups that might be 

interested in developing these projects. 

 

Dr. Griggs returned to the discussion on project applications. The applications are hard 

to read all the way through and need to be shorter. The Committee agreed with Dr. 

Griggs. Ms. Ransom stated that the Foundation could put a space limitation into their 

application system. It might be worthwhile to count the number of words in a good length 

proposal and encourage brevity. 

 

2. Report from AAN Science Committee Meeting: Ms. Ransom filled in for Dr. Jeste, 

who gave a live presentation of the crowdfunding site for the new Clinical Research 

Training Scholarships being received from the McKnight Foundation. The response was 

favorable, but the only question was around the category “Seizure Disorders”. The 
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Committee thought that the category would better serve patients and caregivers if it were 

“Epilepsy and Seizure Disorders”. Dr. Griggs asked the Committee their thoughts on this 

change.  

The Committee recognized that the title might have to be “Epilepsy/Seizure Disorders” 

because of a space limitation in each category’s title. The Committee recommended that 

the Foundation’s team play around with the exact wording but agreed that it was 

important for patients and caregivers to see “epilepsy” in one of the categories.  

3. Clinical Research Training Scholarships & Sustainable Growth: Ms. Ransom 
focused on the challenges faced. In the past, the Foundation has never raised any 
funding for indirect costs. The Academy was paying all operational costs, but that is 
declining.  The Foundation is responsible for recouping those costs. Additionally, the 
cost of the CRTS has gone up from $130,000 to $150,000 this year. The Foundation 
needs to ask partner organizations to absorb the changing funding or participate in joint 
fundraising. The Foundation may also have to speak to the Academy about making a 
coordinated ask for Pharma to fund CRTS’s.  

 
Dr. Griggs stated that he agreed with the Academy that the stipend for the CRTS’s 
needed to be increased. He also stated that it may be too much to ask partner 
organizations to pay more toward CRTS’s and cover the indirect costs. Originally, 
partner organizations would supply funding, and the Foundation covers administrative 
costs, reviews of all applications, PR, and marketing. Now, to tack on administrative 
costs with an increase in the stipend, that’s too much. If the Foundation needs to make a 
change, they should increase the stipend before asking for indirect funding. The 
Committee agreed that it is time to increase the stipend; it was well overdue, but to 
approach partner organizations cautiously. 
 
Ms. Ransom stated that their insights were a good reality check. The Foundation will 
need to have an open discussion around CRTS funding with the Academy about how to 
make coordinated approaches to Pharma companies, especially when companies like 
Biogen have asked the Academy if they do joint funding with the Foundation.  
 
Dr. Griggs stated that it would need to be a creative discussion with the Academy.  
There is no question that the Foundation need to fund the gap between the actual CRTS 
and the administrative costs. Dr. Morris mentioned that he would be happy to approach 
the Alzheimer’s Association.  
 

4. X-Prize Proposal for Jeff Bezos: Dr. Morris introduced the letter written to Jeff Bezos, 
CEO of Amazon, after he publicly requested ideas for his philanthropy. The letter was 
drafted by Ms. Ransom, and together they sent the letter. There has been no response 
to-date.  
 
Ms. Ransom stated that X-Prizes were something that the Foundation wanted to pursue 
more with mega donors in the future. The Foundation will try to develop their X-Prize 
strategy more to put the Foundation forward when these opportunities arise. The 
Committee discussed how this process would work. Dr. Griggs suggested that Dr. Morris 
visit Jeff Bezos in person, or that the Foundation should follow-up on his request by 
sending him more information. Ms. Ransom agreed.  
 

 
Meeting adjourned at 10:46 a.m. (Central). 
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American Brain Foundation 

Research Advisory Committee Meeting 
October 16, 2017 

11:00 a.m. ET/ 10:00 a.m. CT/ 9:00 a.m. MT/ 8:00 a.m. PT 
Conference Call  

 

Meeting Notes 
 
In attendance: Robert Griggs, MD; Ralph Sacco, MD; John Morris, MD; Merit Cudkowicz, MD 
 
Staff: Jane Ransom, Suzi Sherman, Natalie Baumgartner 
 
Excused: Carsten Bonnemann, MD; Shafali Jeste, MD; Raymond Roos, MD; Natalia Rost, 
MD; Christy Phelps, Deputy ED AAN; Ira Shoulson, MD; Eugene Scharf, MD 

 
Dr. Griggs greeted everyone and noted that there was not a quorum, so minutes from July 24, 

2017, could not be approved. He requested that an approval vote be sent out to all Committee 

members.   

1. Research Updates – AANI Research Program: Dr. Griggs talked about a pharma-

supported CRTS, which might lead to covering more of the Foundation’s operational 

costs. Ms. Ransom stated that covering operational costs for crowdfunding has been 

discussed, but to-date the committee’s position has been to not ask nonprofit partners 

for operational costs relating to CRTS’s, because the award is already increasing from 

$130,000 to $150,000.  

 

Ms. Sherman updated the Committee on the 2018 award applications. Two awards, 

muscular dystrophy and Tourette’s, did not receive any applicants. The Foundation is 

working with AANI staff on a solution. For the muscular dystrophy award, the solution 

may include taking applications from a different award and applying it to the CRTS in 

question. The Tourette’s award may not be awarded this year.  

 

The committee discussed the process AANI uses to review applications. Are they getting 

the best applications by dividing them into disease categories and then selecting from 

each category? Would it be better to have one pool of applicants? ABF staff will discuss 

the committee’s input with our AANI colleagues.  

 

2. Research Updates – Crowdfunding: A new application has been approved for 

crowdfunding. Until the Foundation’s marketing is up and running, we will not hold the 

researchers to the 90-day limit on the length of campaigns. Suzi Sherman reported that 

the subcommittee appointed by Dr. Griggs has agreed to releasing partial funding to 

projects, on a case-by-case basis, if there is a written commitment from the researcher’s 

mentor. The subcommittee also recommends that the ABF support up to 10% of 

institutional indirects, but only if included in the budget for the project of the 

crowdfunding researcher. Dr. Ong’s $8000 has been approved for release.  
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3. Marketing Plan: The Foundation’s new marketing plan will include 3-4 disease-specific 

crowdfunding campaigns over the next 15 months. The first campaign will be for an MS 

project, where there is a donor lined up to assure that we have an “early win” with full 

funding for the project. The Committee liked the idea of tying crowdfunding projects to a 

disease of the month.  

 

The Foundation is also talking to all its CRTS partners about putting their projects on the 

crowdfunding site. The National Multiple Sclerosis Society has already agreed to a co-

branded crowdfunding project. 

 

4. Alzheimer’s X-Prize: Dr. Morris mentioned that Ms. Sherman had sent out invitations to 

a group of neurologists to participate in the X-Prize committee. He wanted to know if 

anyone had responded. Ms. Sherman stated that 11 people received a letter, but that 

she would reach out to those invitees again via email. The Committee will need to create 

a clear X-Prize proposal before Mr. Bezos is contacted again.  

 

Dr. Morris suggested that those participating in this initial committee should not be 

excluded from submitting their own project proposal for the X-Prize. Dr. Sacco agreed 

that this committee was a “think tank” to get the ball rolling. People often start these X-

Prize deliberations and apply later.  

 

Dr. Cudkowicz suggested that there may already be another group working on an 

Alzheimer’s X-Prize. The Foundation will consider this before proceeding further. 

 

5. Information Tracking of Past CRTS Recipients: Meeting participants discussed the 

survey which AANI is currently using to track outcomes on the CRTS program. Should 

current questions be revised in any way? Suggestions including having applicants send 

in their bio sketches and to track progress for 5-10 years.  

Adjourn 10:45 a.m. (Central).  
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TO:  American Brain Foundation Research Advisory Committee 
   

FROM: Suzi Sherman, Program Officer, Research & Digital Grants   
 

DATE: December 18, 2017   
 

SUBJECT: Crowdfunding and Research Program Summary to date   
 

 

Dear Research Advisory Committee, 

 

Below is a summary of the progress for the crowdfunding site and research program as of December 11, 
2017.  Please direct any questions about this information to Suzi Sherman, 
ssherman@americanbrainfoundation.org or 612‐928‐6315. 

 

Thank you, 

Suzi 

 

 

Crowdfunding Summary 

Projects live on the site: 

1. Genetics of Familial Gliomas – NEW as of 11/27/17 

2. Impact of immigration status on stroke 

3. Improving concussion awareness 

4. Virtual reality to improve stroke rehabilitation 

5. A new approach to treating dementia 

6. High‐tech imaging of Alzheimer’s brain 

7. Reducing pain in breast cancer treatment 

8. Detection of brain swelling 

9. Treating childhood brain cancer 

Projects in the pipeline: 

Approved, but waiting to receive requirements from researcher before posting on the site: 

1. Human clinical trial to evaluate a novel combination of drugs to dramatically increase 

glioblastoma survival rates 

LOI is approved, waiting for researcher to submit full application: 

1. Do endocannabinoids protect us from the damage of stroke? – NEW as of 12/3/17 
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2. Supporting the immunological research of Prof. Steffen Jung – Understanding underlying 

mechanisms: autoimmune diseases & autoinflammatory disorders – NEW as of 11/27/17 

3. Understanding how certain individuals are naturally resisting the symptoms of Alzheimer’s 

pathology  

4. Promoting remyelination to treat multiple sclerosis 

5. A bid data approach to solve insomnia 

6. Treating dizziness in athletes with concussion 

7. GEMSTONE: Gastrointestinal microbiome and stroke outcomes network 

8. Nociceptin system: a potential therapeutic target of opioid‐seeking behavior and relapse in an 

adolescent rat model 

9. In vivo metabolic regulation in malignant brain tumors using 13C isotopomer technology 

10. Discovery of novel migraine therapeutic targets by single‐cell RNA sequencing 

 

Research Program Summary 

Recommended 2018 recipients were selected on December 14th. The recommendations will be 
presented to the AAN’s Science Committee and funding partners in the coming weeks and 
finalized before the end of the year. Notifications to applicants will be sent out in mid/late 
January.  

 

Confirmed 2018 awards: 

1. CRTS in ALS                

2. CRTS in Dementia with Lewy Bodies         

3. CRTS in Epilepsy             

4. CRTS in Headache             

5. CRTS in Muscular Dystrophy           

6. CRTS in Neuromuscular Disease          

7. CRTS in Tourette’s             

8. CRTS in Tourette’s 

9. CRTS in Cognitive Aging and Age Related Memory Loss     

10. CRTS in Cognitive Aging and Age Related Memory Loss 

11. CSDA in Interventional Neurology         

12. CRTS in Stroke  
13. CSDA in Multiple Sclerosis         

 

Confirmed 2019 awards: 

1. CRTS in Cognitive Aging and Age Related Memory Loss 

2. CRTS in Cognitive Aging and Age Related Memory Loss 

3. CRTS in Stroke  
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4. CSDA in Myasthenia Gravis 

5. CRTS in Muscular Dystrophy 

6. CRTS in Epilepsy 

7. CRTS in Alzheimer’s 

 

Pending 2019 awards: 

1. CRTS in ALS 

2. CRTS in Parkinson’s disease 

3. CRTS in Tourette’s  

4. CRTS in Tourette’s 

5. CSDA in Multiple Sclerosis (CMSC) 

6. CSDA in Multiple Sclerosis (NMSS) 
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Prof. Steffen Jung 
 

Project Title: Supporting the Immunological Research of Prof. Steffen Jung - Understanding 

Underlying Mechanisms: Autoimmune Diseases & Autoinflammatory Disorders Amount 

Requested: $80,000 
 
 
 
Contents 

 

LOI Vote Tabulations with Comments 1 
 

LOI 2 
 

Conflict of Interest and Financial Disclosure 4 
 

NIH Bio Sketch of Investigator(s) 11 
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Vote Tabulations 

 

 

 Yes No 

LOI 5 4 

 

 

Reviewer Comments: 

• Other than the fact that the studies will focus on mouse models and will utlize rtPCR, the 

project description mostly explains the questions to be addressed with very little 

information on the experiments or experimental approach, making it difficult to critically 

evaluate. 

• The request is very compelling. More information about Alzheimer's disease related 

inflammation and about the way the funding would be used would make this application 

even stronger 

• The role of microglia in neurodegenerative diseases is a critical area for understanding not 

only pathophysiology, but also therapeutic approaches, and this is particularly critical for 

Alzheimer Disease.  This is essentially a request for funding equipment (PCR) to advance 

this line of inquiry, and the matching funds are substantial. Recommend approve. 

• While the research proposed is important work, there are only broad, non-specific 

applications to neurological disease. The proposed mechanism may be applied to most 

any organ in the body and there is no specific plan other than to purchase a single piece 

of equipment. 

• This program, though valuable, is not specifically focused on neurobiology/neurology. It 

would add money to an already funded laboratory working on general T-cell biology. Of 

course, T-cells and microglia play roles in MS and probably Alzheimer's. But a more 

specific plan focused on one of those entities should be delineated. 
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Review - (959) Letter of Intent Review 
  Review   

Acceptance Due Date 

Due Date 

Visible From 

Visible To 

  Request    

Name (Last, First) Jung, Prof. Steffen 

Organization Name Weizmann Institute of Science 

Type Other Research Projects 

Project Budget $723,000.00 

Exisiting Funding / In- 
Kind Support 

$643,000.00 

Requested Amount $80,000.00 

Project Title Supporting the Immunological Research of Prof. Steffen Jung - 
Understanding Underlying Mechanisms: Autoimmune Diseases 
& Autoinflammatory Disorders 

General focus MS & Autoimmune Disease 
Alzheimer’s & Dementia 

Specific Disease Focus Autoimmune and Autoinflammatory Disorders incl. Multiple 
Sclerosis (MS), Inflammatory bowel disease, Alzheimer's 

Project Description Project Description This research pertains to a family of specific 
immune cells that collectively control innate and adaptive 
immunity, as well as inflammation, known as mononuclear 
phagocytes. These cells not only physically destroy bacteria and 
other invading pathogens, but they also enlist other immune 
cells, called T-cells, in establishing long-term protection. 
Mononuclear phagocytes also play an important role in the 
maintenance of body tissues, including the continuous 
remodeling of bone and neuronal synapses. 

 
The project focuses on the functions of mononuclear 
phagocytes in different tissue locations, such as the activities of 
blood monocytes, as well as macrophages in the gut, in fat 
tissue, and in the brain. While the research is aimed at 
answering fundamental questions, findings may help understand 
mechanisms underlying various disorders and the development 
of improved immune therapies for infectious diseases, and 
autoimmune and autoinflammatory disorders such as multiple 
sclerosis (MS) and inflammatory bowel disease (IBD). 

 
This project also includes investigations of the role of microglial 
cell inflammation in Alzheimer’s disease since these cells 
secrete complement proteins, cytokines and reactive oxygen 
species. These studies will involve the generation of mouse 
models that allow for the investigation of microglial cells in 
steady state and pathological conditions. 

 
In order to propel this research to the next level the investigator 
requires $80,000 for the purchase of a quantitative realtime PCR 
vital for immunological research (QuantStudio 6 Flex). This is a 
well-established, highly-precise technique for the accurate 
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quantification of gene expression in all molecular systems. It 
allows for the measurement of gene expression levels and the 
validation of next-generation RNA sequencing (NGS) results. In 
addition, realtime PCR quality control steps, where the levels of 
a stable house-keeping gene are measured, are an integral part 
of the NGS library preparation protocol. 

  Feedback     

Yes/No Undecided 

Review Long Notes 
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Dear Applicant: 

 
In the increasingly complex world of scientific publication, concerns about commercial influence and 
other possible conflicts make it important for authors to disclose all potential sources of bias. Our 
system of reviewing conflicts of interest aligns with the policies of the American Academy of 
Neurology and allows donors to judge whether conflicts exist. Please complete this form, referring to 
the definitions in the beginning regarding commercial entities, compensation, expert witness, and 
"immediate family member." At first glance, this task may seem onerous, but will likely take less than 
10 minutes. 

 
What to expect: You will be asked whether you have disclosures relating to each question (check yes or 
no) and will be provided a field in which to list the disclosures. Filling out the forms on the next few 
screens will be easiest if you have a list of the following items regarding your activity (either commercial 
or non-profit) and that of any immediate family members during the period of your project. Disclosures 
are required for any dollar amount, except for gifts valued under $1000. Names of commercial and non- 
profit entities are required along with specific roles, grant numbers for grants, and specific years. No 
dollar amounts need to be included. Please indicate complete names of sponsors or companies. 

 
DEFINITIONS 

 
Personal compensation: 
Serving on a scientific advisory board 
Gifts worth more than $1000 
Travel funded by a commercial entity 
Serving as a journal editor, associate editor, or on an editorial advisory board 
Patents held or pending 
Royalties from publishing 
Honoraria for speaking engagements 
Corporate appointments or consultancies 
Speakers' bureaus 
Clinical, neurophysiology, or imaging studies in your practice and % effort devoted if the result of this 

paper will benefit your practice, affiliated unit, or a sponsor 

 
Research support: 

Commercial research support 

Government research support (including funding organization, grant number, and role) 

Academic research support not attributed in the manuscript 

Support from a non-profit foundation or society 

Stock options for serving on a Board of Directors 

License fee payments 

Royalty payments from technology or inventions 
 

 
Stocks, stock options, and royalties 

Stock options in a company in which you are (were) an investigator 

Stock options in medical industry 
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Legal proceedings 

Expert testimony for a legal proceeding on behalf of industry 

Affidavit for a legal proceeding on behalf of industry 

Witness or consultant for a legal proceeding on behalf of industry 
 

 
Optional non-financial 

Non-financial disclosures you wish to share 
 

 

Definitions of Terms in Disclosure Agreement 

Commercial entity: A for-profit business that manufactures, distributes, markets, sells, or advertises 

pharmaceutical or scientific products or medical devices. 

Compensation: Anything of monetary value including a salary, honorarium, stipend, gift, or payment of 

travel-related expenses. 

Expert witness: A person who has provided expert medical testimony during a trial or administrative 

hearing, in a deposition or an affidavit, or in any other type of legal proceeding. 

"Immediate family member": Any person who would benefit financially from the publication of the 

manuscript because of their relationship to the author. This includes a member of an applicant’s 

immediate family or anyone else who has a significant relationship with the applicant. 
 

 
Please provide all financial relationships (and those of your "immediate family members") from the past 

two years regardless of whether these relationships are related to the project described in your 

application. 

 
FINANCIAL DISCLOSURE 

Personal Compensation from Commercial and Non-Profit Entities that benefits you directly or indirectly. 

Within the past two years (and during the course of the study under consideration if the study exceeded 

two years), I or one of my "immediate family members" received personal compensation for the 

following: 

 
All compensation received during the past two years regardless of the relationship to your project must 

be disclosed; for the period exceeding two years, only compensation relevant to the topic of the study 

needs to be disclosed. 

 
1. Serving on a scientific advisory board or data safety monitoring board. List specific disclosures in the 

following format: (1) Commercial or non-profit entity (2) Commercial or non-profit entity... If none, 

please say “None”: 
 
 
 
 
 
 

2. Gifts (other than travel or compensation for consulting or for educational efforts) worth more than 

USD $1000. List specific disclosures in the following format: (1) Commercial or non-profit entity, brief 

description of gift, (2) Commercial or non-profit entity, brief description of gift... If none, please say 

“None”: 
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3. Funding for travel or speaker honoraria to the individual from a commercial or non-profit entity not 

included in the study funding [Exclude CME activities and Grand Rounds]. List specific disclosures in the 

following format: (1) Commercial or non-profit entity, type of payment, (2) Commercial or non-profit 

entity, type of payment... If none, please say “None”: 
 
 
 
 
 
 

4. Serving as a journal editor, an associate editor, or editorial advisory board member. This may include 

a journal published by your national medical/scientific organization. Please include regardless of 

whether you receive compensation. List specific disclosures in the following format: (1) Full journal 

name, role, year(s), (2) Full journal name... If none, please say “None”: 
 

 
 
 
 
 

5. Patents issued or pending. List specific disclosures in the following format: (1) Brief description of 

invention/technology, (2) Brief description of invention/technology... If none, please say “None”: 
 

 
 
 
 
 

6. Publishing Royalties (do not include honoraria for occasional writing). List specific disclosures in the 

following format: (1) Full title of work, full name of publisher, year(s) of publication (or receipt of 

royalties), (2) Full title of work... If none, please say “None”: 
 
 
 
 
 
 

7. Employment. If you are currently employed by a commercial entity, please disclose below. In addition, 

if your past employment at a commercial entity is directly related to this manuscript, please disclose 

below. List specific disclosures in the following format: (1) Commercial entity, position, years (2) 

Commercial entity, position, years... If none, please say “None”: 
 
 
 
 
 
 
 

8. Consultancies. List specific disclosures in the following format: (1) Commercial or non-profit entity, (2) 

Commercial or non-profit entity... If none, please say “None”: 
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9. Speakers' bureau. List specific disclosures in the following format: (1) Commercial or non-profit entity, 

(2) Commercial or non-profit entity... If none, please say “None”: 
 
 
 
 
 
 

10. Other activities not covered in designations above (if in doubt, provide full disclosure). List specific 

disclosures in the following format: (1) Commercial or non-profit entity, brief description of activity, (2) 

Commercial or non-profit entity... If none, please say “None”: 
 

 
 
 
 
 

11. Some studies have potential for financial gain for the project investigators or the sponsor. The 

following question seeks to provide transparency regarding any financial benefits to investigators or 

sponsors. 

 
Do you perform clinical procedures or imaging studies in your practice or unit that overlap with the 

content of your proposed project, practice parameter, or clinical practice guideline and would your 

sponsor or this part of your practice or unit benefit if the conclusions were widely followed? 

Note: This is the only item in this Agreement that applies to an interest that is related specifically to this 

particular study, practice parameter, or clinical practice guideline. 

 
List specific disclosures in the following format: (1) Name of Practice or Research Unit, Clinical 

procedure/imaging study, % of effort (e.g. 35%), year(s), (2) Name of Practice or Research Unit, Clinical 

procedure/imaging study, % of effort (e.g., 35%)... If none, please say “None”: 
 
 
 
 
 
 

RESEARCH SUPPORT 

Within the past two years and during the course of the study under consideration if the study exceeded 

two years, I or one of my "immediate family members" received financial or material research support 

or compensation from the following: 

 
All support received during the past two years regardless of the relationship to the study must be 

disclosed; for the period exceeding two years, only support relevant to the topic of the study needs to 

be disclosed. 

 
12. Commercial entities. List specific disclosures in the following format: (1) Commercial entity, (2) 

Commercial entity... If none, please say “None”: 

17
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13. Government entities. List specific disclosures in the following format: (1) Sponsor/funding source, 

grant number(s), role, year(s), (2) Sponsor/funding source... If none, please say “None”: 
 

 
 
 
 
 

14. Academic entities other than those attributed in the manuscript. List specific disclosures in the 

following format: (1) Academic entity, (2) Academic entity... If none, please say “None”: 
 

 
 
 
 
 

15. Foundations or societies (include grant number if required by funding agency). List specific 

disclosures in the following format: (1) Full name of Foundation or Society, (2) Full name of Foundation 

or Society... If none, please say “None”: 
 

 
 
 
 
 

STOCK, STOCK OPTIONS & ROYALTIES 

In the past two years and during the course of the study under consideration if the study exceeded two 

years, I or one of my "immediate family members": 

 
All revenues during the past two years regardless of the relationship to the study must be disclosed; for 

the period exceeding two years, only revenues relevant to the topic of the study needs to be disclosed. 

 
16. Stock or stock options or expense compensation for serving on a board of directors. List disclosures 

in the following format: (1) Commercial entity, (2) Commercial entity... If none, please say “None”: 
 

 
 
 
 
 

17. License fee payments. List specific disclosures in the following format: (1) Invention/technology, 

source of payment, (2) Invention/technology... If none, please say “None”: 
 
 
 
 
 

18. Royalty payments or have contractual rights for receipt of future royalty payments from technology or 
inventions (this does not include royalties from publishing). List specific disclosures in the following 
format: (1) Technology/invention, source of payment, year(s), (2) Technology/invention... If none, please 
say “None”: 
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19. Stock or stock options in a commercial entity sponsoring research with which the author or 

"immediate family member" was involved as an investigator (Excludes investments in mutual funds held 

by the author or dependents). List specific disclosures in the following format: (1) Company, year(s), (2) 

Company, year... If none, please say “None”: 
 

 
 
 
 
 

20. Stock or stock options in a commercial entity whose medical equipment or other materials related to 

the practice of medicine. (Exclude investments in mutual funds held by the author or dependents). List 

specific disclosures in the following format: (1) Company, year(s), (2) Company, year... If none, please 

say “None”: 
 
 
 
 
 
 

LEGAL PROCEEDINGS 

In the past two years and during the course of the study under consideration if the study exceeded two 

years, I or one of my "immediate family members" have (whether or not it pertains to the topic of the 

current study): 

 
All compensation received during the past two years regardless of the relationship to the study must be 

disclosed; for the period exceeding two years, only compensation relevant to the topic of the study 

needs to be disclosed. 

 
21. Given expert testimony, acted as a witness or consultant, or prepared an affidavit for any legal 

proceeding involving a commercial entity (do not include proceedings for individual patients). You may 

specify role, e.g., 'expert witness for plaintiff' if desired. (Include year only if activity is directly related to 

the present study.) 

 
List specific disclosures in the following format: (1) Commercial entity, activity, year(s), (2) Commercial 

entity, activity, year(s)... If none, please say “None”: 
 

 
 
 
 
 

OPTIONAL: NONFINANCIAL DISCLOSURE 

22. I have chosen to declare one or more non-financial competing interests (e.g., special interest groups 

you represent or others that may be affected if your paper is published or that could be perceived as 

biasing the study; the corresponding author should be aware of conflicts of interest that Co- 

investigators or Contributors may have). Non-financial disclosures will not be published. 
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List specific disclosures, if none, please say “None”: 

 
 
 
 
 
 

I have completed this Disclosure Statement fully and to the best of my ability. I understand 

that all Applicants must complete this Disclosure Statement and that the information disclosed may be 

published if their project is accepted for crowdfunding. 

 
By my electronic signature, I verify the completeness and accuracy of the contents of this form. 

 
 
 
 

Click in the box above to add your electronic signature 
 

 
 

Date [MM/DD/YYYY] 

20



11  

Steffen Jung, CV 11 2017 
 
 
 
 

BIOGRAPHICAL SKETCH 
 
 

NAME: Steffen Jung 
 

POSITION TITLE: Professor 
 

EDUCATION/TRAINING 
 

 
INSTITUTION AND LOCATION 

 

DEGREE 
Completion 

Date 

 

FIELD OF STUDY 

 
University of Cologne, Germany 

 
 
The Hebrew University, Jerusalem, Israel 

 

Skirball Institute, NYU Medical Center, NY, USA 

 
PhD 

 

postdoc 

postdoc 

 
01/1993 

 
 

04/1997 
 

05/2002 

 
Immunology 

 

 
Immunology 

 

Immunology 

 
 

A.     Personal Statement 
 

I was born in Homburg/ Saar, Germany. After undergraduate  studies at the University of Bonn, I 

moved to the Institute of Genetics in Cologne. In the Department of Immunology headed by Prof. 

Klaus Rajewsky, I performed my PhD under the guidance of Prof. Andreas Radbruch. Specifically, I 

used the then newly developed gene targeting approach to define cis-acting control elements driving 

non-coding 'sterile' transcripts in immunoglobulin  class switch recombination. In 1993, I moved for 

post-doctoral training to Israel and joined the laboratory of Prof. Yinon Ben-Neriah at the Lautenberg 

Center (Hebrew University, Jerusalem) studying transcription factors and kinases in T cell signaling. 

In 1997, I went to New York for a post-doc in the laboratory of Prof. Dan Littman at the Skirball 

Institute for Molecular Pathogenesis,  NYU Medical Center. My studies there focused on the then 

newly   discovered   chemokine   receptor   CX3CR1   and   its  membrane-tethered   ligand   CX3CL1/ 

fractalkine. I generated CX3CR1
gfp 

mice that became as reporter strain instrumental to define murine 

monocyte subsets and study brain microglia. Furthermore, I developed in collaboration with Prof. 

Richard Lang at the Skirball Institute a novel diphtheria toxin receptor-based cell ablation strategy 

and a mouse model that allowed the study of dendritic cells (DC) in their in vivo context by their 

conditional ablation (CD11c-DTR mice). In 2002, I returned to Israel and joined the faculty of the 

Department of Immunology at the Weizmann Institute, where I received tenure in 2009 and full 

professorship  in  2015.  Current  work  of  the  Jung  lab  aims  at  elucidating  in  vivo  aspects  of 

mononuclear  phagocytes,  including  the  definition  of  developmental   pathways  and  differential 

functions of monocytes, DC and macrophages. Specifically, the team applies intra-vital imaging, 

conditional  cell  and  gene  ablation  and  precursor  graft-mediated  reconstitution,  combined  with 

advanced genomic analysis to investigate the biology of these cells in physiological context in health 

and  disease.  Recent  work  of  the  Jung  laboratory  focuses  on  the  study  of  monocyte-derived 

intestinal macrophages, embryonic-derived brain microglia and lymph node DC, as well as the role 

of macrophages in metabolic disorders. 
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B.  Positions and Honors 
 
Academic Appointments 

 
 

2002 - 2009  Senior Scientist, Weizmann Institute of Science, Dpt. of Immunology 

2009 - 2015  Associate Professor, Weizmann Institute of Science, Dpt. of Immunology 

11/ 2015 - present  Full Professor, Weizmann Institute of Science 

02/ 2017 - present  Head, Department of Immunology 
 
 
Awards and Honors 

 
 

1993      Post-doctoral Fellowship of European Molecular Biology Organization 

1995      Post-doctoral Fellowship of MINERVA Society 

1997      Associate of Howard Hughes Medical Institute 

1999      Special Fellow Award of Leukemia & Lymphoma Society 

2002      The Yigal Alon Scholarship ("Milgat Alon") 

2002      Scholar of the Benoziyo Center for Molecular Medicine. 

2002      Incumbent of the Pauline Recanati Career Development Chair 
 

 
C.     Contribution to Science 

 
(1) During my PhD at the University of Cologne, Germany, I showed I was the first to provide direct 

evidence for the need of so-called 'sterile' transcripts to allow for the recombination of switch regions 

located upstream of CH genes. Specifically, I used a Flp/FRT-based strategy to delete the promoter 

element driving transcription  through the murine Sγ1 switch region and showed that the resulting 

mice had a deficiency in IgG1 production (Männ et al., 1993). 

During my post-doctoral studies at the Skirball Institute for Molecular Pathogenesis, NYU medical 

Center,  New  York,  US,  I  generated  two  novel  mouse  models  that  became  critical  tools  for 

subsequent studies by myself and many other researchers. 

(2) To study the physiological role of the CX3CR1 chemokine receptor I generated CX3CR1
gfp  

mice 

carrying  a targeted  insertion  of a gene encoding  green fluorescent  protein in the CX3CR1 locus 

(Jung et al., 2000). These mice were instrumental for our identification of murine Ly6C+ and Ly6- 

monocyte subsets (Geissmann et al., 2003), a seminal report that triggered subsequent efforts by 

many colleagues to investigate these intriguing blood cells and their contributions to inflammation 

and pathologies in the mouse. Moreover, through collaborative work we established the value of 

CX3CR1
gfp   

mice  for  the  back  then  emerging  intra-vital  imaging  community,  by  demonstrating 

dynamics of intestinal macrophages (Niess et al., 2005) and brain microglia (Davalos et al., 2005). 

(3) To probe for the role of dendritic cells in the initiation of in vivo T cell responses I employed, 

together with the group of Richard Lang, a novel conditional cell ablation strategy, that is based on 

rendering  murine  cells  sensitive  to  diphtheria  toxin  (DT)  by  cell  type-restricted  expression  of  a 

primate DT receptor (DTR). These animals allowed me to corroborate the unrivaled potential of DC 
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for the priming of naive T cells in intact animals, extending the seminal in vitro studies by Steinman 

and colleagues (Jung et al., 2002). CD11c-DTR mice and the DTR approach have become standard 

tools in modern immunological research. 

 

 
Major contributions, since the establishment of my independent laboratory at the Weizmann Institute 

include 

(4)  Using  a  combination  of  cell  ablation  and  adoptive  monocyte  transfers,  we  established  that 

splenic classical DC derive from non-monocytic  origin (Varol et al., 2007). Moreover, in the same 

study and a follow up (Varol et al., 2009), we showed  that Ly6C
+  

monocytes  are precursors  of 

intestinal macrophages residing in the lamina propria. Combined with the concomitant identification 

of  precursor  cells,  such  as  MDPs  (Fogg  et  al.,  2006),  our  studies  critically  contributed  to  the 

realization that our current understanding of mononuclear phagocyte development. 

(5)  Taking   advantage   of  the  prominent   expression   of  CX3CR1   in  monocytes   and  specific 

macrophage populations, we generated animals that harbor transgenes encoding conditional and 

inducible Cre recombinases under the CX3CR1 promoter (Yona et al., 2013). CX3CR1
cre  

and 

CX3CR1
creER  

mice allow us and others to study functions of specific tissue macrophages, including 

intestinal, heart, adipose tissue and brain  (Goldmann et al., 2016; Molawi et al., 2014; Zigmond et 

al.,  2014;  Wolf  et  al.,  2017)  Moreover,  the  animals  enabled  us  to  show,  that  most  tissue 

macrophage compartments are established before birth and in the healthy adult organism largely 

maintained independent from monocyte input (Yona et al., 2013). Together with the work of others 

and our own recent transcriptome and epigenome profiling efforts (Lavin et al., 2014), this study 

contributed to a paradigm shift and a focus on differential functions of monocyte and embryo-derived 

tissue macrophages in health and pathology (Amit et al., 2016; Ginhoux and Jung, 2014). 

 

 
Steffen Jung is an author on 159 peer-reviewed publications, consisting of 5 first-author, 29 

senior-author and 90 co-author papers, and 32 reviews, book chapters and invited editorials, 

consisting of 7 first-author, 20 senior-author and 5 co-author publications. His citation scores 

are: H-index: 66 and total citations (excluding self-citations): 14,768. 

 
References 
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B. (2005). ATP mediates rapid microglial response to local brain injury in vivo. Nat Neurosci 8, 752–758. 
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(2006). A clonogenic bone marrow progenitor specific for macrophages and dendritic cells. Science 311, 83– 
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Geissmann, F., Jung, S., and Littman, D.R. (2003). Blood monocytes consist of two principal subsets with 

distinct migratory properties. Immunity 19, 71–82. 
 

Ginhoux, F., and Jung, S. (2014). Monocytes and macrophages: developmental pathways and tissue 

homeostasis. Nature Publishing Group 14, 392–404. 
 

Goldmann, T., Wieghofer, P., Jordao, M.J.C., Prutek, F., Hagemeyer, N., Frenzel, K., Amann, L., Staszewski, 
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O., Kierdorf, K., Krueger, M., et al. (2016). Origin, fate and dynamics of macrophages at central nervous 

system interfaces. Nat Immunol 17, 797–805. 
 

Jung, S., Aliberti, J., Graemmel, P., Sunshine, M.J., Kreutzberg, G.W., Sher, A., and Littman, D.R. (2000). 

Analysis of fractalkine receptor CX(3)CR1 function by targeted deletion and green fluorescent protein reporter 

gene insertion. Molecular and Cellular Biology 20, 4106–4114. 
 

Jung, S., Unutmaz, D., Wong, P., Sano, G.-I., De los Santos, K., Sparwasser, T., Wu, S., Vuthoori, S., Ko, K., 

Zavala, F., et al. (2002). In vivo depletion of CD11c+ dendritic cells abrogates priming of CD8+ T cells by 

exogenous cell-associated antigens. Immunity 17, 211–220. 
 

Lavin, Y., Winter, D., Blecher-Gonen, R., David, E., Keren-Shaul, H., Merad, M., Jung, S., and Amit, I. (2014). 

Tissue-Resident Macrophage Enhancer Landscapes Are Shaped by the Local Microenvironment. Cell 159, 

1312–1326. 
 

Männ, L., Kochupurakkal, N., Martin, C., Verjans, E., Klingberg, A., Sody, S., Kraus, A., Dalimot, J., 

Bergmuller, E., Voortman, S., et al. (1993). Shutdown of class switch recombination by deletion of a switch 

region control element. Science 259, 984–987. 
 

Molawi, K., Wolf, Y., Kandalla, P.K., Favret, J., Hagemeyer, N., Frenzel, K., Pinto, A.R., Klapproth, K., Henri, 

S., Malissen, B., et al. (2014). Progressive replacement of embryo-derived cardiac macrophages with age. J. 

Exp. Med. 10, 1538. 
 

Niess, J.H., Brand, S., Gu, X., Landsman, L., Jung, S., McCormick, B.A., Vyas, J.M., Boes, M., Ploegh, H.L., 

Fox, J.G., et al. (2005). CX3CR1-mediated dendritic cell access to the intestinal lumen and bacterial 

clearance. Science 307, 254–258. 
 

Varol, C., Landsman, L., Fogg, D.K., Greenshtein, L., Gildor, B., Margalit, R., Kalchenko, V., Geissmann, F., 

and Jung, S. (2007). Monocytes give rise to mucosal, but not splenic, conventional dendritic cells. J. Exp. 

Med. 204, 171–180. 
 

Varol, C., Vallon-Eberhard, A., Elinav, E., Aychek, T., Shapira, Y., Luche, H., Fehling, H.J., Hardt, W.-D., 

Shakhar, G., and Jung, S. (2009). Intestinal lamina propria dendritic cell subsets have different origin and 

functions. Immunity 31, 502–512. 
 

Wolf, Y., Boura-Halfon, S., Cortese, N., Haimon, Z., Shalom, H.S., Kuperman, Y., Kalchenko, V., Brandis, A., 

David, E., Segal-Hayoun, Y., et al. (2017). Brown-adipose-tissue  macrophages control tissue innervation and 

homeostatic energy expenditure. Nat Immunol 137, 495. 
 

Yona, S., Kim, K.-W., Wolf, Y., Mildner, A., Varol, D., Breker, M., Strauss-Ayali, D., Viukov, S., Guilliams, M., 

Misharin, A., et al. (2013). Fate Mapping Reveals Origins and Dynamics of Monocytes and Tissue 

Macrophages under Homeostasis. Immunity 38, 79–91. 
 

Zigmond, E., Bernshtein, B., Friedlander, G., Walker, C.R., Yona, S., Kim, K.-W., Brenner, O., Krauthgamer, 

R., Varol, C., Müller, W., et al. (2014). Macrophage-restricted  interleukin-10 receptor deficiency, but not IL-10 

deficiency, causes severe spontaneous colitis. Immunity 40, 720–733. 
 

URL to a full list of my published work: 
 

http://www-ncbi-nlm-nih-gov.ezproxy.weizmann.ac.il/myncbi/collections/bibliography/43783056/ 

ORCID identifier 0000-0003-4290-5716 
 
 

D.  Additional Information: 
 
 

Research Support 
 

2012-2016  ISF  Defining in vivo functions of resident brain  290,000 USD 

microglia under homeostasis and challenge 

2013-2016  DFG  Studying molecular aspects and contributions of microglia 

 in brain context 197,300 Euro 

2014-2019 Advanced ERC Grant  
 Studying in vivo differentiation of monocytes into intestinal  
 macrophages and their impact on gut homeostasis 2.500,000 Euro 

2016-2021 ISF  Macrophages in control of brown fat function 570,000 USD 
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Letter of Intent Form 
 

Please enter the contact information for the principal investigator of 
this project. There will be an opportunity to provide any co- 
investigators' information later in this application. 

 

 

Prefix 

Prof. 

First Name 

Steffen 

Last Name 

Jung 

Suffix 
 
 

Title 

Principal Investigator, Department of Immunology 

Institution 

Weizmann Institute of Science 

Office Address 

American Committee for the Weizmann Institute of Science 

Attn: Stuart Chizzik, on behalf of Prof. Jung 

633 Third Avenue, 20th FL 
 

 
 

City 

New York 

State 

NY 

Postal Code 

10017 

E-mail 

s.chizzik@acwis.org 

Office Phone 

212-895-7934 

Office Fax 

212-895-7996 

 
 
 
 
 
 
 
 
 
 
 
 
 
 
 
 
 
 
 

Project Details 
 

 

Project Title 

Supporting the Immunological Research of Prof. Steffen Jung - 

Understanding Underlying Mechanisms: Autoimmune Diseases & 

Autoinflammatory Disorders 

 
General focus 

Select up to 4 options 
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MS & Autoimmune Disease 

Alzheimer’s & Dementia 

Specific Disease Focus 

Autoimmune and Autoinflammatory Disorders incl. Multiple Sclerosis (MS), 

Inflammatory bowel disease, Alzheimer's 

Project Description 

This research pertains to a family of specific immune cells that collectively 

control innate and adaptive immunity, as well as inflammation, known as 

mononuclear phagocytes. These cells not only physically destroy bacteria and 

other invading pathogens, but they also enlist other immune cells, called T- 

cells, in establishing long-term protection. Mononuclear phagocytes also play 

an important role in the maintenance of body tissues, including the 

continuous remodeling of bone and neuronal synapses. 

 
The project focuses on the functions of mononuclear phagocytes in different 

tissue locations, such as the activities of blood monocytes, as well as 

macrophages in the gut, in fat tissue, and in the brain. While the research is 

aimed at answering fundamental questions, findings may help understand 

mechanisms underlying various disorders and the development of improved 

immune therapies for infectious diseases, and autoimmune and 

autoinflammatory disorders such as multiple sclerosis (MS) and inflammatory 

bowel disease (IBD). 

 
This project also includes investigations of the role of microglial cell 

inflammation in Alzheimer’s disease since these cells secrete complement 

proteins, cytokines and reactive oxygen species. These studies will involve 

the generation of mouse models that allow for the investigation of microglial 

cells in steady state and pathological conditions. 

 
In order to propel this research to the next level the investigator requires 

$80,000 for the purchase of a quantitative realtime PCR vital for 

immunological research (QuantStudio 6 Flex). This is a well-established, 

highly-precise technique for the accurate quantification of gene expression in 

all molecular systems. It allows for the measurement of gene expression 

levels and the validation of next-generation RNA sequencing (NGS) results. In 

addition, realtime PCR quality control steps, where the levels of a stable 

house-keeping gene are measured, are an integral part of the NGS library 

preparation protocol. 
 
 
 
 
 
 
 
 
 
 
 

How will your project contribute to the treatment, prevention or cure of a 

neurological disease(s)? 

The research will help to understand mechanisms underlying various 

disorders and the development of improved immune therapies for infectious 

diseases, and autoimmune and autoinflammatory disorders such as multiple 
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sclerosis (MS) and inflammatory bowel disease (IBD). In addition, the studies 

may clarify the role of microglia in Alzheimer’s disease, and identify new 

treatment directions in this disorder. 
 
 
 
 
 
 
 
 
 
 
 

Project Budget 

Total expense budget 

An estimated total is acceptable. 
 

723000 

Value of existing funding or in-kind support 

What portion of the above total expense has funding already received or promised? 
 

643000 

Portion to be raised through crowdfunding 

How much are you seeking from the crowdfunding platform? 
 

80000 

Attachments and Verifications 
 

Please download, fill out, and upload this Financial Disclosures & 
Conflict of Interest form. 

 

 

Financial Disclosures & Conflicts of Interest Form 

SJ Financial-Disclosure-Conflict-of-Interest-Form.pdf 

NIH formatted Biosketch of Principal Investigator (3-4 pages max) 

SJ BIO 11 2017.pdf 

NIH formatted Biosketch of Co-Investigator 1 (3-4 pages max) 
 
 

NIH formatted Biosketch of Co-Investigator 2 (3-4 pages max) 
 
 

I understand that the American Brain Foundation will not post approved 

projects for crowdfunding until documentation of IRB approval or exemption 

is provided. 

Yes 
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Eugene Scharf 
Project Title: Do endocannabinoids protect us from the damage of stroke? 

Amount Requested: $15,212.50 

 

Contents 

LOI Vote Tabulations with Comments      1 

LOI           2 

Conflict of Interest and Financial Disclosure      5 

NIH Bio Sketch of Investigator(s)       12 
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Vote Tabulations 

 

 Yes No 

LOI 2 1 

 
Reviewer Comments: 

• It is difficult to believe this study will be adequately powered, and no sample size justification is 

provided. 

• Interesting, relevant and perfect exploratory type of study.  The design is simple and achievable 

within the scope of this grant process. 

• I think a great study in an important area, design seems reasonable. 
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Letter of Intent Form

Please enter the contact information for the principal investigator of
this project. There will be an opportunity to provide any co-
investigators' information later in this application.

Prefix

First Name
Eugene

Last Name
Scharf

Suffix
MD

Title
Assistant Professor

Institution
Mayo Clinic

Office Address
200 1st Street SW

City
Rochester

State
MN

Postal Code
55905

E-mail
scharf.eugene@mayo.edu

Office Phone
507-284-2185

Office Fax

Project Details

Project Title
Do endocannabinoids protect us from the damage of stroke?

General focus
Select up to 4 options

Stroke & Vascular Diseases

Specific Disease Focus
Acute ischemic stroke
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Project Description
The human endocannabinoid system is composed of arachidonic acid
derivative fatty acid amides and their G-coupled protein type 1 and type 2
cannabinoid receptors. N-arachidonoylethanolamine or AEA is the primary
endocannabinoid that has garnered interest in neurological disease as a
natural neuroprotective substance. AEA expression is widespread throughout
human physiology where it regulates autonomic, vascular, inflammatory,
metabolic and nervous system function including its role as a CNS
neurotransmitter. AEA is detectable in plasma with current validated assays.
The putative role of endocannabinoids in cerebral ischemia has been well-
described in nonclinical literature.

The current study is a minimal risk prospectively collected correlational
analysis of bloodstream endocannabinoid levels assayed by venipuncture in
50 patients with acute ischemic stroke and/or transient ischemic attack who
present to Mayo Clinic Hospital for medical evaluation within twelve hours of
symptoms onset in comparison to healthy fasting controls matched by
gender, age (+/- 5 years) and BMI (+/- 5 kg/m2). Subjects enrolled will
include any patient with either transient ischemic attack or symptoms of
ischemic stroke greater than 45 years of age seen at Mayo Clinic Hospital.
Circulating endocannabinoid levels will be obtained by routine standard of
care venipuncture two separate occasions: 1) T1; on hospital admission and
2) T2; between 24 hours and 7 days after admission.

Endpoints:
Primary: Mean difference in plasma AEA, and arachidonic acid levels between
subjects and matched controls at T1.
Secondary: Mean difference in plasma AEA, and arachidonic acid levels
between subjects and matched controls at T2. Paired mean difference in
plasma AEA, and arachidonic acid levels between subjects at T1 and T2.
Exploratory: Correlation between plasma AEA, and arachidonic acid and
clinical radiological characteristics of stroke type and severity and descriptive
analyses of stroke demographic, clinical, and radiological characteristics.

How will your project contribute to the treatment, prevention or cure of a
neurological disease(s)?
The current study lays the groundwork for the possibility of identifying a
natural neuroprotective response to ischemic stroke via an existing
physiological mechanism. If a neuroprotective role for AEA can be identified in
acute ischemic stroke, the endocannabinoid system would be a rationale
target for a first in class neuroprotection trial to improve patient outcomes in
ischemic stroke.
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Project Budget
Total expense budget
An estimated total is acceptable.

15212.50

Value of existing funding or in-kind support
What portion of the above total expense has funding already received or promised?

0

Portion to be raised through crowdfunding
How much are you seeking from the crowdfunding platform?

15212.50

Attachments and Verifications

Please download, fill out, and upload this Financial Disclosures &
Conflict of Interest form.

Financial Disclosures & Conflicts of Interest Form
Financial-Disclosure-Conflict-of-Interest-Form_scharf.pdf

NIH formatted Biosketch of Principal Investigator (3-4 pages max)
biosketch_scharf_12_17.docx

NIH formatted Biosketch of Co-Investigator 1 (3-4 pages max)

NIH formatted Biosketch of Co-Investigator 2 (3-4 pages max)

I understand that the American Brain Foundation will not post approved
projects for crowdfunding until documentation of IRB approval or exemption
is provided.
Yes
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Dear Applicant: 
 
In the increasingly complex world of scientific publication, concerns about commercial influence and 
other possible conflicts make it important for authors to disclose all potential sources of bias. Our 
system of reviewing conflicts of interest aligns with the policies of the American Academy of 
Neurology and allows donors to judge whether conflicts exist. Please complete this form, referring to 
the definitions in the beginning regarding commercial entities, compensation, expert witness, and 
"immediate family member." At first glance, this task may seem onerous, but will likely take less than 
10 minutes.  
 
What to expect: You will be asked whether you have disclosures relating to each question (check yes or 
no) and will be provided a field in which to list the disclosures. Filling out the forms on the next few 
screens will be easiest if you have a list of the following items regarding your activity (either commercial 
or non-profit) and that of any immediate family members during the period of your project. Disclosures 
are required for any dollar amount, except for gifts valued under $1000. Names of commercial and non-
profit entities are required along with specific roles, grant numbers for grants, and specific years. No 
dollar amounts need to be included. Please indicate complete names of sponsors or companies.  
 
DEFINITIONS 
 
Personal compensation:  
Serving on a scientific advisory board  
Gifts worth more than $1000  
Travel funded by a commercial entity  
Serving as a journal editor, associate editor, or on an editorial advisory board  
Patents held or pending  
Royalties from publishing  
Honoraria for speaking engagements  
Corporate appointments or consultancies  
Speakers' bureaus   
Clinical, neurophysiology, or imaging studies in your practice and % effort devoted if the result of this 

paper will benefit your practice, affiliated unit, or a sponsor  

 

Research support:  

Commercial research support  

Government research support (including funding organization, grant number, and role)  

Academic research support not attributed in the manuscript  

Support from a non-profit foundation or society  

Stock options for serving on a Board of Directors  

License fee payments  

Royalty payments from technology or inventions  

 

Stocks, stock options, and royalties  

Stock options in a company in which you are (were) an investigator  

Stock options in medical industry  
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Legal proceedings  

Expert testimony for a legal proceeding on behalf of industry  

Affidavit for a legal proceeding on behalf of industry  

Witness or consultant for a legal proceeding on behalf of industry  

 

Optional non-financial  

Non-financial disclosures you wish to share  

 

Definitions of Terms in Disclosure Agreement  

Commercial entity: A for-profit business that manufactures, distributes, markets, sells, or advertises 

pharmaceutical or scientific products or medical devices.  

Compensation: Anything of monetary value including a salary, honorarium, stipend, gift, or payment of 

travel-related expenses.  

Expert witness: A person who has provided expert medical testimony during a trial or administrative 

hearing, in a deposition or an affidavit, or in any other type of legal proceeding.  

"Immediate family member": Any person who would benefit financially from the publication of the 

manuscript because of their relationship to the author. This includes a member of an applicant’s 

immediate family or anyone else who has a significant relationship with the applicant.  

 

Please provide all financial relationships (and those of your "immediate family members") from the past 

two years regardless of whether these relationships are related to the project described in your 

application. 

 

FINANCIAL DISCLOSURE  

Personal Compensation from Commercial and Non-Profit Entities that benefits you directly or indirectly. 

Within the past two years (and during the course of the study under consideration if the study exceeded 

two years), I or one of my "immediate family members" received personal compensation for the 

following:  

 

All compensation received during the past two years regardless of the relationship to your project must 

be disclosed; for the period exceeding two years, only compensation relevant to the topic of the study 

needs to be disclosed.  

 

1. Serving on a scientific advisory board or data safety monitoring board. List specific disclosures in the 

following format: (1) Commercial or non-profit entity (2) Commercial or non-profit entity... If none, 

please say “None”:  

 

 

 

 

2. Gifts (other than travel or compensation for consulting or for educational efforts) worth more than 

USD $1000. List specific disclosures in the following format: (1) Commercial or non-profit entity, brief 

description of gift, (2) Commercial or non-profit entity, brief description of gift... If none, please say 

“None”: 

1. American Brain Foundation research adivsory committee
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3. Funding for travel or speaker honoraria to the individual from a commercial or non-profit entity not 

included in the study funding [Exclude CME activities and Grand Rounds]. List specific disclosures in the 

following format: (1) Commercial or non-profit entity, type of payment, (2) Commercial or non-profit 

entity, type of payment... If none, please say “None”: 

 

 

 

 

4. Serving as a journal editor, an associate editor, or editorial advisory board member. This may include 

a journal published by your national medical/scientific organization. Please include regardless of 

whether you receive compensation. List specific disclosures in the following format: (1) Full journal 

name, role, year(s), (2) Full journal name... If none, please say “None”: 

 

 

 

 

5. Patents issued or pending. List specific disclosures in the following format: (1) Brief description of 

invention/technology, (2) Brief description of invention/technology... If none, please say “None”: 

 

 

 

 

6. Publishing Royalties (do not include honoraria for occasional writing). List specific disclosures in the 

following format: (1) Full title of work, full name of publisher, year(s) of publication (or receipt of 

royalties), (2) Full title of work... If none, please say “None”: 

 

 

 

 

7. Employment. If you are currently employed by a commercial entity, please disclose below. In addition, 

if your past employment at a commercial entity is directly related to this manuscript, please disclose 

below. List specific disclosures in the following format: (1) Commercial entity, position, years (2) 

Commercial entity, position, years... If none, please say “None”: 

 

 

 

 
 
8. Consultancies. List specific disclosures in the following format: (1) Commercial or non-profit entity, (2)  
Commercial or non-profit entity... If none, please say “None”:  

 

none

none

none

none

none

none
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9. Speakers' bureau. List specific disclosures in the following format: (1) Commercial or non-profit entity, 

(2) Commercial or non-profit entity... If none, please say “None”: 

 

 

 

 

10. Other activities not covered in designations above (if in doubt, provide full disclosure). List specific 

disclosures in the following format: (1) Commercial or non-profit entity, brief description of activity, (2) 

Commercial or non-profit entity... If none, please say “None”: 

 

 

 

 

11. Some studies have potential for financial gain for the project investigators or the sponsor. The 

following question seeks to provide transparency regarding any financial benefits to investigators or 

sponsors.  

 

Do you perform clinical procedures or imaging studies in your practice or unit that overlap with the 

content of your proposed project, practice parameter, or clinical practice guideline and would your 

sponsor or this part of your practice or unit benefit if the conclusions were widely followed?  

Note: This is the only item in this Agreement that applies to an interest that is related specifically to this 

particular study, practice parameter, or clinical practice guideline.  

 

List specific disclosures in the following format: (1) Name of Practice or Research Unit, Clinical 

procedure/imaging study, % of effort (e.g. 35%), year(s), (2) Name of Practice or Research Unit, Clinical 

procedure/imaging study, % of effort (e.g., 35%)... If none, please say “None”: 

 

 

 

 

RESEARCH SUPPORT  

Within the past two years and during the course of the study under consideration if the study exceeded 

two years, I or one of my "immediate family members" received financial or material research support 

or compensation from the following:  

 

All support received during the past two years regardless of the relationship to the study must be 

disclosed; for the period exceeding two years, only support relevant to the topic of the study needs to 

be disclosed.  

 

12. Commercial entities. List specific disclosures in the following format: (1) Commercial entity, (2) 

Commercial entity... If none, please say “None”: 

 

none

none

none

none
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13. Government entities. List specific disclosures in the following format: (1) Sponsor/funding source, 

grant number(s), role, year(s), (2) Sponsor/funding source... If none, please say “None”: 

 

 

  

 

14. Academic entities other than those attributed in the manuscript. List specific disclosures in the 

following format: (1) Academic entity, (2) Academic entity... If none, please say “None”: 

 

 

 

 

15. Foundations or societies (include grant number if required by funding agency). List specific 

disclosures in the following format: (1) Full name of Foundation or Society, (2) Full name of Foundation 

or Society... If none, please say “None”: 

 

 

 

 

STOCK, STOCK OPTIONS & ROYALTIES  

In the past two years and during the course of the study under consideration if the study exceeded two 

years, I or one of my "immediate family members":  

 

All revenues during the past two years regardless of the relationship to the study must be disclosed; for 

the period exceeding two years, only revenues relevant to the topic of the study needs to be disclosed.  

 

16. Stock or stock options or expense compensation for serving on a board of directors. List disclosures 

in the following format: (1) Commercial entity, (2) Commercial entity... If none, please say “None”: 

 

 

 

 

17. License fee payments. List specific disclosures in the following format: (1) Invention/technology, 

source of payment, (2) Invention/technology... If none, please say “None”: 

 

 

 
 
18. Royalty payments or have contractual rights for receipt of future royalty payments from technology or 
inventions (this does not include royalties from publishing). List specific disclosures in the following 
format: (1) Technology/invention, source of payment, year(s), (2) Technology/invention... If none, please  
say “None”:  

none

NINDS Clincial Trial Methodology Course R25NS088248, role trainee

none

none

none

none
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19. Stock or stock options in a commercial entity sponsoring research with which the author or 

"immediate family member" was involved as an investigator (Excludes investments in mutual funds held 

by the author or dependents). List specific disclosures in the following format: (1) Company, year(s), (2) 

Company, year... If none, please say “None”: 

 

 

 

 

20. Stock or stock options in a commercial entity whose medical equipment or other materials related to 

the practice of medicine. (Exclude investments in mutual funds held by the author or dependents). List 

specific disclosures in the following format: (1) Company, year(s), (2) Company, year... If none, please 

say “None”: 

 

 

 

 

LEGAL PROCEEDINGS  

In the past two years and during the course of the study under consideration if the study exceeded two 

years, I or one of my "immediate family members" have (whether or not it pertains to the topic of the 

current study):  

 

All compensation received during the past two years regardless of the relationship to the study must be 

disclosed; for the period exceeding two years, only compensation relevant to the topic of the study 

needs to be disclosed.  

 

21. Given expert testimony, acted as a witness or consultant, or prepared an affidavit for any legal 

proceeding involving a commercial entity (do not include proceedings for individual patients). You may 

specify role, e.g., 'expert witness for plaintiff' if desired. (Include year only if activity is directly related to 

the present study.)  

 

List specific disclosures in the following format: (1) Commercial entity, activity, year(s), (2) Commercial 

entity, activity, year(s)... If none, please say “None”: 

 

 

 

 

OPTIONAL: NONFINANCIAL DISCLOSURE  

22. I have chosen to declare one or more non-financial competing interests (e.g., special interest groups 

you represent or others that may be affected if your paper is published or that could be perceived as 

biasing the study; the corresponding author should be aware of conflicts of interest that Co-

investigators or Contributors may have). Non-financial disclosures will not be published.  

none

none

none

none
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List specific disclosures, if none, please say “None”:  

 

 

 

 

       I have completed this Disclosure Statement fully and to the best of my ability. I understand 

       that all Applicants must complete this Disclosure Statement and that the information disclosed may be 

       published if their project is accepted for crowdfunding. 

 

By my electronic signature, I verify the completeness and accuracy of the contents of this form.   

 

 

none

 

Click in the box above to add your electronic signature

Date [MM/DD/YYYY]

✔

39



OMB No. 0925-0001 and 0925-0002 (Rev. 11/16 Approved Through 10/31/2018)

BIOGRAPHICAL SKETCH
Provide the following information for the Senior/key personnel and other significant contributors.

Follow this format for each person.  DO NOT EXCEED FIVE PAGES.

NAME: Scharf, Eugene Leonard

eRA COMMONS USER NAME (credential, e.g., agency login): eugenescharf

POSITION TITLE: Assistant Professor, Department of Neurology

EDUCATION/TRAINING (Begin with baccalaureate or other initial professional education, such as nursing, 
include postdoctoral training and residency training if applicable. Add/delete rows as necessary.)

INSTITUTION AND LOCATION

DEGREE
(if 

applicable)

Completion 
Date

MM/YYYY
FIELD OF STUDY

Harvard University, Cambridge B.A. 06/2001 Psychology

Columbia University College of Physicians & 
Surgeons, New York

M.D. 05/2012 Doctor of medicine

Mayo School of Graduate Medical Education, Intern, 
Rochester, MN

6/2013 Internal medicine

Mayo School of Graduate Medical Education, 
Neurology Residency, Rochester, MN

6/2016 Adult neurology

University of Rochester, Fellowship, Rochester, NY 6/2017  Vascular neurology

A. Personal Statement
I have the personal motivation, institutional support, and research infrastructure necessary to complete this 
proposed research program. I personally feel that a new era in stroke prevention will originate from amplifying 
physiologies native protective roles and the endocannabinoid system has emerged as candidate worthy of 
further clinical investigation.  

B. Positions and Honors

Positions and Employment
2006-08 Laboratory Technician, University of Vermont, Burlington VT
2012-13 Intern, Internal Medicine, Mayo School of Graduate Medical Education, Rochester, MN
2013-16 Neurology Resident, Mayo School of Graduate Medical Education, Rochester, MN
2016-17 Fellow, Vascular Neurology, University of Rochester, Rochester, NY
2017 - Assistant Professor, Department of Neurology, Mayo Clinic Rochester, MN

Other Experience and Professional Memberships
2015-18 Delegate, Neurology on the Hill, American Academy of Neurology
2016 - Member, Research Advisory Committee, American Brain Foundation
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2015-17 Chair, Consortium of Neurology Residents & Fellows, American Brain Foundation
2017- American Academy of Neurology, Wellness Task Force

Honors
2012 Medical Student prize for excellence in Neurology, American Academy of Neurology
2014 Advocate, Palatucci Advocacy Leadership Forum, American Academy of Neurology
2016 Enhanced Resident Leadership Scholarship, American Academy of Neurology
2016 Mayo Clinic Henry W. Woltman Award for excellence in clinical neurology
2016 Mayo Clinic Department of Neurology Chief Resident Award
2017 Scholarship to the Annual Meeting, American Academy of Neurology
2017 Fellow Teaching Award, University of Rochester Medical Center

C. Contributions to Science

My early publications explored potential therapeutic applications of neuropeptides PACAP and VIP on murine 
neural stem cells showing down regulation of differentiation and increased mitogenesis. I also explored cell 
signaling interactions of pro-apoptotic FAS ligand showing its protective effects on neural stem cells through 
Birc3 upregulation. Finally, we described a novel mechanism of increased neural stem cell survival secondary 
to interferon-β treated effects on human serum showing through an upregulated neurotensin NTSR1 receptor. 

Scharf E, May V, Braas KM, Shutz KC, Mao-Draayer Y. Pituitary adenylate cyclase-activating polypeptide 
(PACAP) and vasoactive intestinal peptide (VIP) regulate murine neural progenitor cell survival, proliferation, 
and differentiation. J Mol Neurosci. 2008;36(1-3):79-88.
Knight JC, Scharf EL, Mao-Draayer Y. Fas activation increases neural progenitor cell survival. J Neurosci Res. 
2010;88(4):746-757.
Soltys J, Knight J, Scharf E, Pitt D, Mao-Draayer Y. IFN-beta alters neurotrophic factor expression in T cells 
isolated from multiple sclerosis patients - implication of novel neurotensin/NTSR1 pathway in neuroprotection. 
Am J Transl Res. 2014;6(3):312-319.

My clinical research activities have described management of atypical presentations of cerebrovascular 
disorders and infectious complications and management of acute ischemic stroke. We have described the 
endovascular management of cerebral septic embolism and neurologic manifestations of endocarditis. 

Scharf EL, Cloft HJ, Wijdicks E. Mucor Thrombus. Neurocrit Care. 2015.
Scharf EL, Kramer CL, Rabinstein AA. Hemorrhage or Ischemia? The Importance of 'Spotting' it Right. 
Neurocrit Care. 2015;23(1):113-1158.
Scharf EL, Fugate JE, Hocker S. Extensive mobile thrombus of the internal carotid discovered after IV 
thrombolysis: What do I do now? The Neurohospitalist August 2016
Chakraborty T, Scharf EL, Rabinstein AA, DeSimone D, Abdelghani ER, Baddour LM, Wijdicks E, Wilson W, 
Steckelberg JM. Fugate JE. Utility of Brain MRI in Management of Infective Endocarditis. Journal of Stroke and 
Cerebrovascular Disease, Nov 2017 Vol. 26(11)2527-2535

I have functioned as a sub-investigator on the following clinical trials of acute stroke and stroke prevention. 

2015 Safety and Efficacy Study of the Medtronic CoreValve® System in the Treatment of Severe, 
Symptomatic Aortic Stenosis in Intermediate Risk Subjects Who Need Aortic Valve Replacement (SURTAVI).– 
Medtronic. Sub-investigator
2016 Platelet-Oriented Inhibition in New TIA and Minor Ischemic Stroke Trial (POINT), Subinvestigator.
2016 Safety Evaluation of 3K3A-APC in Ischemic Stroke (RHAPSODY), ZZ Biotech. Sub-investigator.

Last, I have become interested in pursuing an understanding of endocannabinoid signaling and the potential 
role in acute ischemic stroke prevention.

Scharf EL. Translating Endocannabinoid Biology into Clinical Practice: Cannabidiol for Stroke Prevention. 
Cannabis and Cannabinoid Research. Oct 2017. PMID 29098188
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Miguel Fiol 
Project Title: Genetics of Familial Gliomas 

Amount Requested: $9,000 

 

Contents 

LOI Vote Tabulations with Comments         1 

LOI              2 

NIH Bio Sketch of Investigator(s)        5
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Vote Tabulations 
 

 

 Yes No 

LOI 9 1 

 

 

Reviewer Comments: 

• Familial gliomas are rare but not unheard of.  This is a very simple proposal with a small budget with very 
specific goals. The study addresses a worthwhile question and a topic that is difficult to pursue at one single 
center.  The researchers are appropriately collaborating with leaders in this field at Baylor and the Gliogene 
study.   I know of a number of families over the years with multiple affected family members and this is an 
area that should be further developed.  I also think there may be real interest in this in terms of 
crowdfunding. 

• The language of the proposal should be refined prior to posting this request for funds. 

• This is a small request with potentially important outcomes. 

• The cohort is very interesting. Full submission should include more detailed hypothesis and analytic plan 

• Appropriate use of small funds to add data to our understanding of a rare manifestation of a devastating 
disease process.  The applicants work may provide insight into gliomas in general. 

• Appears feasible and ethical 

• This sounds almost like a reimbursement request rather than a scientific proposal. Need to provide a much 
more comprehensive view of your objectives. 
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ABF Letter of Intent
Letter of Intent Form

Please enter the contact information for the principal investigator of
this project. There will be an opportunity to provide any co-
investigators' information later in this application.

Prefix
Dr
First Name
Miguel
Last Name
Fiol
Suffix

Title
Associate Professor Neurology
Institution
Univ of Minnesota medical School
Office Address
PWB 12-144
420 Delaware St SE
City
minneapolis
State
Minnesota
Postal Code
55455
E-mail
fiolx001@umn.edu
Office Phone
612 382 4452
Office Fax
612 625 7950

Project Details

Project Title
Genetics of Familial Gliomas
General focus
Brain & Nerve Tumors
Neurogenetic Disease

Specific Disease Focus
Genetics of Familial gliomas
Project Description
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Non-syndromic familial gliomas rarely occurs. In 5% of subjects one can
identify other family members affected. The listed investigators of the
University of Minnesota Brain Tumor Program (DL), Department of
Genetics, Cell biology and Development (WO) and Department of
Neurology (MF) have identified, out of over 300 families screened, 12 with
2 or more members affected with non-syndromic gliomas. We have used
the large Univ of Minnesota Neuro-oncology Program database, and have
already performed genomic studies, i.e exon sequence or whole genome
sequence, in four of these families in selected kindred members to
ascertain for susceptibility genes that may be implicated.
Identification of these predisposing genes will allow understanding of
some of the biology of these very malignant tumors and help in treatment
and prognosis.
Project activities:
Since 2010, we have, in a pilot study supported by a private foundation
grant that expired in 2016, fully ascertained 12 families of the University
of Minnesota Neuro-Oncology and Neurology programs, who have
reported to have other affected members.
Of those, four families has been fully ascertained and have undergone, in
our Human Genomic Center whole genome sequencing in two and exon
sequencing in other two..
Results of these studies have suggested some unreported variations that
may be implicated and may be candidate genes.
We have incorporated, as Consultants, in last two years, staff, from the
Baylor Brain Tumor Genomic Research Program as blinded reviewers of
our genomic data and compared it with their larger database on the
GLIOGENE study.
We most emphasize that these families are very rare and we are unable to
have germ line DNA on some of deceased, but have been using somatic
DNA extracted from tissue obtained from tissue Bank Bio Net of the
University of Minnesota.
We have now a fifth family with father and daughter affected and have no
funds to do the exon sequencing and preparation of tissue etc...This extra
family genomic data could validate previous candidates genes identified in
the other four families..
This extra information will allows probably to get external funding to
continue the effort and ascertain and do genetics on additional families.
How will your project contribute to the treatment, prevention or cure of a
neurological disease(s)?
Gliomas, especially the highly malignant, frequently have a life expectancy
of less than 1 year and therapies have limited effect in improving
significantly their mortality and morbidity.
Very significant information on the genetics of gliomas may be gained by
studying these rare families affected. These families are critical for the
identification of genes that increase the risks for theses tumors. The
preliminary data, obtained though whole genome and exon sequencing
has provided a set of candidate genes that may provide insight in the
cause and progression of this disease. Identification of genes can lead to
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new therapeutic intervention and genetic profiling that impact prognosis.
Ultimately identifying genes implicated can lead to genetic counseling of
families at risk.
Funding for the identification and sequencing of additional families, as well
as bioinformatics and bio-statistical analysis, is necessary to further this
exciting work.
Project Budget
Total expense budget
An estimated total is acceptable.

$25,000
Value of existing funding or in-kind support
What portion of the above total expense has funding already received or promised?

$1000
Portion to be raised through crowdfunding
How much are you seeking from the crowdfunding platform?

$24,000
Attachments and Verifications

Please download, fill out, and upload this Financial Disclosures &
Conflict of Interest form.

Financial Disclosures & Conflicts of Interest Form
Financial-Disclosure-Conflict-of-Interest-Form.pdf
CV or NIH formatted Biosketch of Principal Investigator
FIOL_20140903-Old_Biosketch_Format[1]_(2)_2_23_15_(3)_(2)_(1)
(0)_no_watermark[1].pdf
CV or NIH formatted Biosketch of Co-Investigator 1
Largaespada Biosketch_3-3-17.docx
CV or NIH formatted Biosketch of Co-Investigator 2
NIH Oetting CV_New Format_2017.docx
I understand that the American Brain Foundation will not post approved
projects for crowdfunding until documentation of IRB approval or
exemption is provided.
Yes
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OMB No. 0925-0001/0002 (Rev. 08/12 Approved Through 8/31/2015) 

BIOGRAPHICAL SKETCH 
Provide the following information for the Senior/key personnel and other significant contributors. 

Follow this format for each person.  DO NOT EXCEED FOUR PAGES. 

NAME 

Fiol, Miguel E. 
POSITION TITLE 

Associate Professor 

eRA COMMONS USER NAME (credential, e.g., agency login) 

fiolx001@umn.edu 

EDUCATION/TRAINING (Begin with baccalaureate or other initial professional education, such as nursing, include postdoctoral training and 
residency training if applicable.) 

INSTITUTION AND LOCATION 
DEGREE 

(if applicable) 
MM/YY FIELD OF STUDY 

University of Puerto Rico B.S. 1965 Medicine 
University of Puerto Rico Medical School        M.D. 1969 Medicine 
San Juan, Puerto Rico City Hospital Internship 1970 Medicine 

University of Wisconsin, Madison 
Neurology 
Residency 

      1973 Neurology 

University of Minnesota, Minneapolis 
Epilepsy 
Fellowship 

      1982 Epilepsy 

 

A. Personal Statement 

My expertise is in correlating clinical findings with genetic studies. I have been investigating the area of the rare 
occurrence of gliomas in families since 2008, in collaboration with geneticists Dr. David Largaespada and Dr. 
Bill Oetting, and have used a Foundation award now expired. Some of this preliminary data have been 
presented in University of Minnesota Brain Tumor Symposiums.    
Prior to be involved with familial glioma genetic studies, I have published and presented material on genetics of 
epilepsy as shown in the references below.   
A funded study in 2003, by the American Epilepsy Society Holden Award led to research in the Kingdom of 
Saudi Arabia University Hospital and King Faisal Specialist Hospitals in Riyadh, Saudi Arabia on genetics of 
epilepsy syndromes. The study was prematurely terminated due to the War.  
Studies with the University of Puerto Rico on genetics have been done as well on a “Familial Juvenile 
Myoclonic Epilepsy” presented in Academy of Neurology 2012.  
Also I participated on the Epilepsy Phenome/ Genome study that led to two publications listed. 

B. Positions and Employment 

Positions and Employment: 
 
1971   
1981-1982   
1974-1977 
1977-1980 
1989-1995 
1999-2007 
1995-2000  
1998-1999  
1999-2007 
1999-present  
2001-present  
1998-present 
2007-present   

EEG Research, University of Wisconsin, Madison Epilepsy Clinical Fellowship, 
University of Minnesota Medical School 
Instructor of Neurology, Hennepin County General Hospital, Minneapolis, MN 
Instructor of Neurology, University of Minnesota, Minneapolis, MN 
Clinical Associate Professor, University of Minnesota, Minneapolis, MN 
Principal Electroencephalographer, University of Minnesota, Minneapolis, MN 
Consultant King Faisal Specialty Hospital, Saudi Arabia 
Chairman, Department of Neurosciences, King Faisal Hospital, Riyadh, Saudi Arabia  
Director, University of Minnesota Epilepsy Program, Minneapolis, MN 
Honorary Professor of Neurology, Univ of Puerto Rico 
Adjunct Professor, Science and Technology, Univ Metropolitana, Puerto Rico 
Associate Professor of Neurology, University of Minnesota, Minneapolis, MN 
University of Minnesota Epilepsy Care Center, Minneapolis, MN 

 
   

108/15/2017
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Honors and awards: 

1964     

1983 

2004 

2008-present 

2014-present 

Tri Beta Biological Honor Society 

Board, Founder 
Camp for Children with Epilepsy 

Professional Advisory Board 
Minnesota Epilepsy Foundation 
St. Paul, Minnesota 

Presidential Distinguished Faculty Mentor Program, Univ of MN 

Chairman of President Advisory Council Sistema, Univ Ana G. Mendez, Puerto Rico 

C. Selected Peer-reviewed Publications

Publications in Genetics: 

Fiol ME; Appenzeller S; Balling R; Barisic N; Baulac S; Caglayan H; Craiu D; De Jonghe P; et al. De Novo 
Mutations In Synaptic Transmission Genes Including DNM1 Cause Epileptic Encephalopathies. Am J 
Hum Genet. 2014 Oct 2;95(4):360-70, 2014 Sep 25. 

Fiol ME; Andrew S. Allen; Samuel F. Berkovic; Patrick Cossette; Norman Delanty; Dennis Dlugos; Evan E. 
Eichler; Michael P. Epstein; Tracy Glauser; David B. Goldstein; Yujun Han; et al. De Novo Mutations in 
Epileptic Encephalopathies. Nature. 501(7466):217-221, 2013. 

Fiol ME, Hejazi N, Koul R, Xu KE.  Novel Sequence Variants in the Glycine Promoter Region in Omani Family 
with Hyperekplexia. Epilepsia 46 (Suppl 8), 2005. 

Fiol ME (PI), Oetting W, Roman J (Presenter), Cadilla, C, Char B, Downing N.  Autosomal dominant juvenile 
myoclonic epilepsy not linked to Gabra 1 gene mutation in Puerto Rican family.  Neurology, April 2006 
Academy Meeting-abstract. 

Other publications in Gliomas: 

Fiol ME, Qureshi M, Hunt M.  Epilepsy in Gliomas.  Presented in the Poster Session of the Annual Meeting of 
the Academy of Neurology, April 2011. 

Fiol ME, Schendel H, Hunt M, Truelson M.  Familial Gliomas at the University of Minnesota.  Presented at the 
University of Minnesota TUMOR meeting, May 2012. 

Fiol ME, Qureshi M, Schendel H, Hunt M, Adil MM. Tumor Associated Epilepsy at The    University of 
Minnesota, American Epilepsy Society Poster Session Presentation, Dec 201 (accepted). 

Presentations on Genetics: 

“Genetics of epilepsy and cortical malformations and its role in molecular targeted drug therapy”.  University of 
Puerto Rico Medical School Grand Rounds, January 15, 2002. 

“Genética de Las Epilepsias-Importancia en el Tratamiento”.  Lima, Perú, March 2006. 

Publications in other areas: 
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Fiol ME, Daly RF, Osborne RH.  Dystrophia myotonica in a 47, XXY Male. Neurology 23: 472, 1975. 
Maxwell RE, Gates JR, Fiol ME, Johnson MJ, Yap JC.  Clinical evaluation of a depth 
electroencephalography electrode.   Neurosurgery, 1983. 

 
Fiol ME, Leppik IE, Pretzel KP.  Eating epilepsy:  EEG and clinical study.   Epilepsia 27(4): 441-445, 1986. 
 
Fiol ME, Leppik IE, Mireles RC, Maxwell RE.  Ictus emeticus and the insular cortex.  Epilepsy Research 2(2): 

127-131, 1988. 
 
Fiol ME, Torres F, Gates JR, Maxwell RE.  Methohexital effect on the electrocorticogram may be misleading.  

Epilepsia 31: 524-528, 1990. 
 
Fiol ME, Torres F, Gates JR, Torres F, Maxwell RE.  The prognostic value of residual spikes in post-excision 

electrocorticogram after temporal lobectomies.  Neurology 41: 512-516, 1991. 
 
Davies KG, Maxwell RE, Beniak, TE, Destafney E, Fiol ME. Language function after temporal lobectomy 

without stimulation mapping of cortical function.  Epilepsia 36(2): 130-136, 1995. 
 
Uhlmann EJ, Dunitz JM, Fiol ME.  Pulmonary vein thrombosis after lung transplantation presenting as stroke. 

The Journal of Heart and Lung Transplantation, 2009. 
 
Fiol ME, Vazquez G, Rosenstone SC, Allison KA.  Comparison of Knowledge and Beliefs of an Adult Epilepsy 

vs Non-Epilepsy Population Treated at the University of Minnesota.  Annals of Neurology, 2010 . 
 
Fiol ME, Allison KC.   II Knowledge, Beliefs, and Health Care Perceptions of Epilepsy in Minnesota’s Native 

American Nations.  Annals of Neurology, 2013. 
 

D. Research Support 

Projects: *funded 
 Sponsor:   NIH* 
 Title:      “The Epilepsy Phenome/Genome Project (EPGP)” 
 Dates:      November 17, 2011 – November 16, 2012 
 
 Sponsor: Mdewakanton Sioux Tribe, Shakopee, Minnesota * 

Title: “II Knowledge, Beliefs, and Health Care Perceptions of Epilepsy in Minnesota's Native American 
Nations” 

 Dates:  2011 –  
 
 Title:  “Epilepsy in Brain Gliomas”* 
 Dates:  June 17, 2011 –  
        
       Title:          “Familial Gliomas”* 
       Dates;    2008-2014 

 Principal Investigator (Co-P.I.: M.E. Ross) 
 

 Sponsor: Holden Targeted Research Award, Epilepsy Foundation of America 
  Title:    “Genetics in Informative Populations” 

 This study seeked to characterize clinically and genetically the idiopathic generalized epilepsies in 
populations with special characteristics, i.e., large families, consanguinity and founder effect.  Novel 
genes or mutation in known genes are attempted to be identified.  The study ascertained 50 families in 
the middle East and Puerto Rico. 

  Dates:   July 1, 2001 – June 30, 2004 
 

8/15/2017
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NAME: Largaespada, David A., Ph.D.

eRA COMMONS USER NAME (credential, e.g., agency login): larga002

POSITION TITLE: Professor
EDUCATION/TRAINING  (Begin with baccalaureate or other initial professional education, such as nursing, include postdoctoral training and 
residency training if applicable.)

INSTITUTION AND LOCATION DEGREE
(if applicable) MM/YY FIELD OF STUDY

University of Minnesota, Minneapolis, MN B.S. 1987 Genetics & Cell Biology
University of Wisconsin, Madison, WI Ph.D. 1992 Molecular Biology

A.  Personal Statement 
Dr. Largaespada is an authority on mouse genetics, gene modification and cancer genes.  He received his 
B.S. in Genetics and Cell Biology from the University of Minnesota in 1987 and his Ph.D. in Molecular Biology 
with Dr. Rex Risser at the University of Wisconsin-Madison in 1992.  He spent five years as a postdoctoral 
fellow in Frederick, Maryland at the National Cancer Institute working with geneticists Dr. Nancy Jenkins and 
Dr. Neal Copeland, where the Leukemia and Lymphoma Society of America awarded him a postdoctoral 
fellowship.  He joined the faculty of the University of Minnesota in late 1996. He is currently a Full Professor in 
the Department of Genetics, Cell Biology and Development and the Department of Pediatrics at the University 
of Minnesota. He is the former leader of the Genetic Mechanisms of Cancer Program in the University of 
Minnesota Cancer Center and holds the Hedberg Family/Children’s Cancer Research Fund Endowed Chair in 
Brain Tumor Research. Dr. Largaespada was awarded the McKnight Land-Grant Professorship in 2000 and is 
an American Cancer Society Research Professor. He has published over 126 scientific articles and teaches 
courses in the molecular biology of cancer and clinical cancer research. He is working to exploit insertional 
mutagenesis for cancer gene discovery and functional genomics in the mouse. He has pioneered the use of a 
vertebrate-active transposon system, called Sleeping Beauty (SB), for insertional mutagenesis in mouse 
somatic and germline cells, and for gene therapy. Using SB he has developed a powerful method to find new 
cancer genes using transgenic mouse models. This approach can be used to understand the genetic basis of 
many types of cancer, including brain tumors, carcinomas of the liver and gastrointestinal tract, leukemias, 
sarcomas, and many more (Collier, Carslon et al., Nature, 2005; Dupuy et al., Nature, 2005, Keng et al., 
Nature Biotechnology, 2009; Starr et al., Science, 2009, Rahrmann et. al, 2013). Ongoing work includes 
genetic studies of myeloid leukemia chemotherapy resistance and RAS pathway oncogene addiction.
B. Positions and Honors
Positions and Employment
1992-1996 Postdoctoral Fellow, Mammalian Genetics Laboratory, ABL-Basic Research Program, NCI-

Frederick Cancer Research & Development Center, Frederick, MD
1994-1996 Leukemia & Lymphoma Society of America, Postdoctoral Fellow
1996-1998 Assistant Professor, Department of Laboratory Medicine and Pathology, University of 

Minnesota, Minneapolis, MN
1998-2002 Assistant Professor, Department of Genetics, Cell Biology & Development, University of 

Minnesota, Minneapolis, MN
2002-2008 Associate Professor, Department of Genetics, Cell Biology & Development, University of 

Minnesota, Minneapolis, MN
2001-2011 Leader, Genetic Mechanisms of Cancer Program, Masonic Cancer Center, University of 

Minnesota, Minneapolis, MN
2002-2014 Margaret Harvey Schering Land Grant Chair in Cancer Genetics, Univ. of MN, Minneapolis, MN
2012-2017 American Cancer Society Research Professor Award
1996-2016 Co-Director, University of Minnesota Mouse Genetics Laboratory, Minneapolis, MN
2008-present Professor, Dept. of Genetics, Cell Biology & Development, and Dept. of Pediatrics, University of 

Minnesota, Minneapolis, MN
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2010-present Associate Director for Basic Research, Masonic Cancer Center
2014-present Hedberg Family/Children’s Cancer Research Fund Endowed Chair in Brain Tumor Research

Honors
1985 Undergraduate Fellowship Award, College of Biological Sciences, University of Minnesota
1987-1989 NIH Predoc Training Grant, Cellular and Molecular Biology, University of Wisconsin, Madison
1989-1992 NIH Predoc Training Grant, Dept. of Oncology, University of Wisconsin, Madison
1993 U.S. Patent (#5,244,656).  Antigen-specific plasmacytomas and antibodies derived therefrom
2000-2002 McKnight Land-Grant Professorship Award, University of Minnesota
2001 University of Minnesota Medical School Excellence Award
2004 American Cancer Society Research Scholar
2002-2014 Margaret Harvey Schering Land Grant Chair in Cancer Genetics, University of Minnesota, 

Minneapolis, MN
2014-present Hedberg Family/Children’s Cancer Research Fund Endowed Chair in Brain Tumor Research

C. Contribution to Science

1. Developments to forward genetics and methods for insertional mutagenesis using Sleeping Beauty.  
Unbiased approaches to discovering cancer genes have proven very powerful for helping to validate the 
genetic basis of cancer.  While MuLV and MMTV made it possible to find leukemia and mammary tumor virus 
genes via insertional mutagenesis, a general method to do this in the context most other cancer types was 
impossible. We were the first lab to successfully adapt the cut-and-paste transposon system Sleeping Beauty 
(SB) to find cancer genes in other tissues and to perform tissue-specific cancer screens. Since our pioneering 
work, dozens of cancer gene screens have been carried out all over the world. This work in general 
complements The Cancer Genome Atlas (TCGA) and similar efforts by pinpointing the strongest cancer gene 
candidates and pathways for further study. We’ve done initial screens for gastrointestinal tract tumors, liver 
cancer, various sarcomas and other tissues.

a. Collier, L.S., C.M. Carlson, S. Ravimohan, A.J. Dupuy, and D.A. Largaespada. 2005. Cancer gene 
discovery in solid tumours using transposon-based somatic mutagenesis in the mouse. Nature 
436:272-276.

b. Starr, T.K., R. Allaei, K.A. Silverstein, R.A. Staggs, A.L. Sarver, T.L. Bergemann, M. Gupta, M.G. 
O'Sullivan, I. Matise, A.J. Dupuy, L.S. Collier, S. Powers, A.L. Oberg, Y.W. Asmann, S.N. Thibodeau, L. 
Tessarollo, N.G. Copeland, N.A. Jenkins, R.T. Cormier, and D.A. Largaespada. 2009. A transposon-
based genetic screen in mice identifies genes altered in colorectal cancer. Science 323:1747-1750. 
PMCID:PMC2743559

c. Keng, V.W., A. Villanueva, D.Y. Chiang, A.J. Dupuy, B.J. Ryan, I. Matise, K.A. Silverstein, A. Sarver, 
T.K. Starr, K. Akagi, L. Tessarollo, L.S. Collier, S. Powers, S.W. Lowe, N.A. Jenkins, N.G. Copeland, 
J.M. Llovet, and D.A. Largaespada. 2009. A conditional transposon-based insertional mutagenesis 
screen for genes associated with mouse hepatocellular carcinoma. Nat. Biotechnol. 27:264-274. 
PMCID:PMC2712727

d. Rahrmann EP, Watson AL, Keng VW, Choi K, Moriarity BS, Beckmann DA, Wolf NK, Sarver A, Collins 
MH, Moertel CL, Wallace MR, Gel B, Serra E, Ratner N, Largaespada DA. Forward genetic screen for 
malignant peripheral nerve sheath tumor formation identifies new genes and pathways driving 
tumorigenesis. Nat. Genet. 2013 Jul;45(7):756-66. PMCID:PMC3695033

2. Demonstration that loss of NF1 (neurofibromin) expression sensitizes cells to GM-CSF signaling, which 
drives myeloproliferative disease. The physiological role of the NF1 tumor suppressor gene is any specific 
tissue was unknown, when I took advantage of newly available knockout mice to investigate the role of this 
gene in hematopoiesis. My work has shown that loss of NF1 causes myeloproliferative disease (MPD), 
hypersensitivity to cytokines such as GM-CSF and increased and prolonged RAS activation after cytokine 
stimulation. We went on to show that the GM-CSF receptor, and downstream signal transducer STAT5, are 
required for MPD after loss of the NF1 gene. These data suggest new therapeutic avenues for treating NF1 
syndrome associated MPDs. 

a. Largaespada, D.A., C.I. Brannan, N.A. Jenkins, and N.G. Copeland. 1996. Nf1 deficiency causes Ras-
mediated granulocyte/macrophage colony stimulating factor hypersensitivity and chronic myeloid 
leukaemia. Nat. Genet. 12:137-143.
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b. Kim, A., K. Morgan, D.E. Hasz, S.M. Wiesner, J.O. Lauchle, J.L. Geurts, M.D. Diers, D.T. Le, S.C. 
Kogan, L.F. Parada, K. Shannon, and D.A. Largaespada. 2007. Beta common receptor inactivation 
attenuates myeloproliferative disease in Nf1 mutant mice. Blood 109:1687-1691.

3. RAS signaling and NRAS oncogene addiction in chronic and acute myeloid leukemia. We developed the first 
and only transgenic mouse system for the conditioned expression of an activated NRAS oncogene. Using this 
model system we showed oncogene addiction response in an in vivo model of acute myeloid leukemia (AML). 
These data revealed that the NRAS oncogene, or pathways activated by NRAS, are likely to be very good 
targets even in the presence of other mutations (in this case the MLL-AF9 oncogene). We went on to show for 
the first time that the NRAS oncogene is required to facilitate the expression of a leukemia self-renewed gene 
expression program. These data are important because they suggest targeting RAS could eliminate leukemia 
stem cells.

a. Kim, W.I., I. Matise, M.D. Diers, and D.A. Largaespada. 2009. RAS oncogene suppression induces 
apoptosis followed by more differentiated and less myelosuppressive disease upon relapse of acute 
myeloid leukemia. Blood 113:1086-1096. PMCID: PMC2635074

b. Sachs Z, LaRue RS, Nguyen HT, Sachs K, Noble KE, Mohd Hassan NA, Diaz-Flores E, Rathe SK, 
Sarver AL, Bendall SC, Ha NA, Diers MD, Nolan GP, Shannon KM, Largaespada DA.  NRASG12V 
oncogene facilitates self renewal in a murine model of acute myeloid leukemia.  Blood.  124: 3274-83.  
2014

4. Peripheral nerve sheath tumors can develop spontaneously or in the context of inherited cancer 
predisposition syndromes such as Neurofibromatosis Type 1 syndrome. These tumors can appear in benign 
forms and then progress to malignancy but the genetic events that drive peripheral nerve sheath tumor 
initiation and progression are incomplete. We carried out a Sleeping Beauty (SB) transposon based genetic 
screen for drivers of peripheral nerve sheath tumors. This led to the identification of strong evidence for 
cooperation between PI3K and RAF regulated pathways, which we demonstrated in a novel mouse model 
using conditional loss of function mutations in Pten and Nf1. We then showed that co-targeting the MAPK and 
PI3K/AKT/mTOR pathways in two genetically engineered mouse models of Schwann cell tumors reduces 
tumor grade and multiplicity.

a. Rahrmann EP, Watson AL, Keng VW, Choi K, Moriarity BS, Beckmann DA, Wolf NK, Sarver A, Collins 
MH, Moertel CL, Wallace MR, Gel B, Serra E, Ratner N, Largaespada DA. Forward genetic screen for 
malignant peripheral nerve sheath tumor formation identifies new genes and pathways driving 
tumorigenesis. Nat. Genet. 2013 Jul;45(7):756-66. PMCID:PMC3695033

b. Keng VW, Rahrmann EP, Watson AL, Tschida BR, Moertel CL, Jessen WJ, Rizvi TA, Collins MH, 
Ratner N, Largaespada DA. PTEN and NF1 inactivation in Schwann cells produces a severe 
phenotype in the peripheral nervous system that promotes the development and malignant progression 
of peripheral nerve sheath tumors. Cancer Res. 2012 Jul 1;72(13):3405-13. Epub 2012 Jun 14.

c. Watson AL, Anderson LK, Greeley AD, Keng VW, Rahrmann EP, Halfond AL, Powell NM, Collins MH, 
Rizvi T, Moertel CL, Ratner N, Largaespada DA. Co-targeting the MAPK and PI3K/AKT/mTOR 
pathways in two genetically engineered mouse models of schwann cell tumors reduces tumor grade 
and multiplicity. Oncotarget. 2014 Mar 30;5(6):1502-14. PMCID:PMC4039227

5.  The Wnt/-catenin signaling pathway has been implicated in the development of many of forms of cancer 
via a variety of mechanisms. Among these are loss or mutation of APC or AXIN or activating mutations in -
catenin itself. Despite the importance of this pathway in cancer development, effective methods to target it for 
cancer therapy have not been developed. However, using a Sleeping Beauty (SB) forward genetic screen we 
discovered that the Wnt co-factor RSPO2 is a potential colorectal cancer oncogene. These data helped in 
identification of RSPO2 activation, by chromosomal deletions that bring EIF3E promoter and exon 1 into 
juxtaposition to RSPO2, in human colorectal cancer. We’ve gone on to that RSPO2 is expressed at high levels 
in other forms of human cancer and makes a contribution to tumorigenesis. These data are important because, 
in these cases, cancer might be treated using monoclonal antibodies or soluble receptor that bind to and 
sequester RSPO2 secreted by the tumor cells.

a. Seshagiri S, Stawiski EW, Durinck S, Modrusan Z, Storm EE, Conboy CB, Chaudhuri S, Guan Y, 
Janakiraman V, Jaiswal BS, Guillory J, Ha C, Dijkgraaf GJ, Stinson J, Gnad F, Huntley MA, Degenhardt 
JD, Haverty PM, Bourgon R, Wang W, Koeppen H, Gentleman R, Starr TK, Zhang Z, Largaespada 
DA, Wu TD, de Sauvage FJ. Recurrent R-spondin fusions in colon cancer. Nature. 2012 Aug 
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30;488(7413):660-4.
b. Watson AL, Rahrmann EP, Moriarity BS, Choi K, Conboy CB, Greeley AD, Halfond AL, Anderson LK, 

Wahl BR, Keng VW, Rizzardi AE, Forster CL, Collins MH, Sarver AL, Wallace MR, Schmechel SC, 
Ratner N, Largaespada DA. Canonical Wnt/β-catenin signaling drives human Schwann cell 
transformation, progression, and tumor maintenance. Cancer Discov. 2013 Jun;3(6):674-689. 
PMCID:PMC3679355

Complete List of Published Work in MyBibliography:
http://www.ncbi.nlm.nih.gov/sites/myncbi/david.largaespada.1/bibliography/41159042/public/?sort=date&directi
on=ascending

D. Research Support

Ongoing Research Support
P30 CA077598 (Yee) 02/01/14 – 01/31/19
National Cancer Institute
Cancer Center Support Grant
I am a program leader (Genetic Mechanisms of Cancer) and shared facility director (Mouse Genetics 
Laboratory Shared Resource) for this grant.  The goals are to bring together and coordinate efforts in 
cancer prevention and treatment at the University of Minnesota. 

R01 CA113636 (Largaespada) 04/01/05 – 06/30/17
NIH
Sleeping Beauty for Uncovering Cancer Genes in Mice
Goals are to utilize Sleeping Beauty as random somatic cell insertional mutagenesis system for cancer 
gene discovery.

ACS Research Professors (#123939) (Largaespada)    01/01/13 – 12/31/17
American Cancer Society 
Functional Genomics of Cancer Progression 
Goal to enhance our capacity to utilize transposons to understand the natural history of cancer 
development. Specifically, we plan to study a troublesome cancer trait, the evolution of metastatic disease. 

Research Agreement (Largaespada) 12/10/12 – 12/09/18
Genentech, Inc.                       
Sleeping Beauty for Cancer Gene Discovery
Goal: A) perform a transposon-based genetic screen by crossing appropriate Tn-mice and drive Cre Mice 
in the PIK3CA H1047R mice background provided by Genentech.  B) harvest tumors and matched normal 
tissue from mice that develop tumors and share these materials with Genentech for further genomic 
characterization.  C) provide Genentech with sequence information and protocols needed to amplify 
regions in tumors with Tn insertions. 

R01NS08621 (Largaespada/Ratner) 10/01/14 – 09/30/19  
NIH/NINDS
Disordered Regulation of Wnt /β-catenin Signaling in MPNST Development and Maintenance
Goals/Aims: Our goals are two-fold: to define the molecular landscape of β-catenin de-regulation in 
MPNST, and perform a thorough pre-clinical evaluation of critical targets for intervention in the Wnt/β-
catenin pathway in MPNST, setting the stage for effective clinical testing in human patients.
Specific Aim #1. Determine if modulation of canonical β-catenin activity alters MPNST development in 
mouse models of MPNST, to identify β-catenin target genes in MPNST and Schwann cells, and to 
determine if pharmacological blockade of β-catenin can prevent or delay MPNST.  Specific Aim #2. Define 
mechanisms of upstream modulation of canonical β-catenin activity in human MPNST.  Specific Aim #3. 
Decipher the roles of the critical canonical β-catenin dependent transcriptional target PITX2 in development 
and maintenance of MPNST.
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R01CA172986 (Odde) 8/01/13 – 05/31/18   
NIH/NCI
Modeling and microsystems approach to glioma invasion
Goals/Aims: To address the overarching question of how the microenvironmental properties, including 
adhesion ligand density, mechanical stiffness, geometrical confinement, and local microarchitecture, 
enable/disable glioma cell migration. The project will use the motor-clutch model to make specific, testable 
predictions with both engineered in vitro and in vivo experimental systems.

R21CA194661 (Harki/Largaespada) 04/01/15 – 03/31/17   
NIH/NCI
Chemoproteomics profiling of parthenolide in human glioblastoma
Goals/Aims: To elucidate the mechanism by which the natural product parthenolide (PTL) slows growth of 
glioblastoma multiforme (GBM).
Aim 1. Identify the activity-associated protein targets of PTL in GBM. 
Aim 2. Characterize the activity-associated protein targets of PTL in GBM.

R21CA186004 (Prins) 12/01/14 – 12/31/16     
UCLA (NCI Prime)
Immunotherapeutic targeting of the Glioblastoma Mutanome
Goals/Aims: The Largaespada lab at the University of Minnesota will perform RNA deep sequencing 
reactions on human GBM cases obtained by Dr. Prins and colleagues as part of their dendritic 
cell/autologous GBM vaccine clinical trials.

W81XWH-15-1-0114 (Largaespada)                     09/15/15 – 09/14/18      
US Army Medical Research & Materiel Command
Targeting The ECM To Enhance Drug Delivery In Nf1-Associated Nerve Sheath Tumors
Goals/Aims: Aim 1. To investigate the ability of stroma targeting therapy to disrupt the extracellular matrix 
and enhance delivery and distribution of small molecule therapeutics to plexiform neurofibromas and 
MPNSTs. Aim 2. To test the efficacy of cytotoxic and molecularly targeted therapies in combination with 
PEGPH20 to improve therapeutic response in faithful murine models of plexiform neurofibromas and 
MPNSTs.

R21CA201735 (Largaespada)                       01/01/2016 – 12/31/2017      
NIH/NCI
Searching for Genetic Basis for Metastasis of Differentiated Thyroid Cancer
Goals/Aims: Aim #1. We will map the clonal origins of metastatic DTC in primary tumor and compare their 
expression profile with the rest of the primary tumor. Aim #2. We will compare SB insertion sites in primary 
and metastatic thyroid cancer to determine candidate genes/pathways involved in metastatic phenotype. 
Aim #3. We will validate novel genetic determinants of the metastasis of DTC with comparative genomics 
and functional assays.

Synodos – Innovative NF1 (Largaespada)    10/15/2015 – 10/14/2018    
Children’s Tumor Foundation
An Innovative NF1 drug discovery pipeline for preclinical development of novel drugs quickly, safely, and 
effectively.
Goals/Aims: Our goal is to test the safety and efficacy of RAD001 and PD-901 combination therapy, which 
we previously showed to improve disease in mice with Schwann cell tumors, when given with PEGPH20 to 
improve the ability of these drugs to get to the tumors and kill tumor cells.

Alex’s Lemonade Stand (Largaespada) 9/1/2016 – 8/31/2018
ALSF
Enhancing pediatric sarcoma immunotherapy by drug induced expression of tumor-specific neoantigens
Goals/Aims: Our long-term goal is to make immunotherapy benefit more pediatric sarcoma patients. We 
will achieve this by making sarcoma vaccination a reality. We will take advantage of a new class of 
neoantigens as vaccine targets that have not been previously described in the literature. Moreover, these 
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neoantigens are prevalent in genomically rearranged tumors like many sarcomas, which are characterized 
by chromothripsis and many chromosome rearrangements. Many of these sarcomas have a relatively low 
burden of point mutations, and might be predicted to fail to respond to immune checkpoint blockade, such 
as using PD-1 or CTLA4 blockade. Indeed, many pediatric cancers have a low burden of missense point 
mutations. Our research is designed to induce anti-tumor immunity even in such cases.

U54CA210190 (Odde, Largaespada) 08/17/2016 – 07/31/2021
NIH/NCI
Center for Modeling Tumor Cell Migration Mechanics
Goals/Aims: To develop a computationally based simulator of cell migration.  This will be applied to the 
study of brain tumor cell migration in vivo and in vitro and parameterization studies.  Perturbations will be 
made using gene editing technologies.  The role of the extracellular matrix in cancer cell and immune cell 
migration will also be studied.
Core 2: Cell and Whole Animal Genetic Engineering, will provide both projects with genetically engineered 
cell lines and mice for analyzing cell and/or tumor behavior under a variety of conditions.

R21CA208529 (Modiano) 09/01/2016 – 08/31/2018
NIH/NCI
(PQ3) Modulation of Osteosarcoma Biology by Inflammation of Immunity Defined through a Comparative 
Approach
Goals/Aims:  We will characterize the intrinsic host immune response and its prognostic significance in 
osteosarcoma using a multispecies comparative approach
The intent of this PQ is to encourage research to study the causes of variable tumor- associated immune 
responses and/or how these variations relate to cancer risk, incidence, or progression. Our focus is 
osteosarcoma, a rare disease that primarily impacts children and adolescents. The research area is 
important to address significant unmet health needs for osteosarcoma patients with regard to the etiology 
of the disease, strategies to manage progression, and methods to guide personalized treatments.

Completed Research Support  (last 3 years)
ML 2013, Ch 99, Art.1, Subd. 4(e) 2014 (LeBien/Antolik), 02/01/15 – 01/31/17, State of Minnesota, VSV-
cDNA Therapy for Treatment of Glioblastoma in Domestic Dogs

Intima Capital, LLC (GCD MS Beckman Cntr), 05/08/15 – 12/31/16, Intima Capital, Gene Engineering for 
Cancer Therapy

R01CA160782 (Largaespada), 09/06/11 – 07/31/16, NCI, Discovery and validation of tumor 
immunoevasion mechanisms

Drug Discovery Initiative Award (Largaespda), 07/01/14 – 06/30/16, Children’s Tumor Foundation, 
Targeting hyaluronic acid for NF1-associated tumors

Research Agreement (Largaespada), 04/16/14 – 04/15/16, Hong Kong Polytechnic University, 
Maintenance of Mouse Strains and Breeding of Special Mutant Strain Combinations

UL1TR000114 (Blazar), 06/01/11 – 02/29/16, NIH/NCATS, CTSI Discovery & Translation

Sobiech Osteosarcoma Award (Largaespada), 09/15/13 – 09/14/15, CCRF, Germline and Somatic Genetic 
Determinants of Osteosarcoma Outcome

Research Grant (Largaespada), 07/01/14 – 06/30/15, Childhood Brain Tumor Foundation, Targeting 
hyaluronic acid for NF1-associated tumors 

5P50CA101955 (Buchsbaum/Vickers), 07/01/10 – 06/30/15, UAB Subcontract (NIH Prime), Identifying and 
Targeting Pathways of Pancreatic Cancer Progression and Metastasis (proj. 3)
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Pediatric Research Grant (Largaespada), 05/15/13 – 05/14/15, CCRF, Targeting Wnt/beta-catenin 
signaling in NF1 syndrome associated peripheral nerve sheath tumors

MCC SP3 Pilot Grant, 01/01/12-12/31/14, Masonic Cancer Center, UMN – Internal Pilot, Genomic 
signatures for colorectal cancer

R01 CA132962-01A2 (Largaespada), 12/15/09-11/30/14, National Cancer Institute, A Genetic Screen for 
HCC Genes

Randy Shaver Award (Largaespada), 04/23/13 – 04/22/14, University of Minnesota Foundation,                            
RSP02 work in breast cancer
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NAME: William S. Oetting

eRA COMMONS USER NAME (credential, e.g., agency login): oetti001

POSITION TITLE: Professor

EDUCATION/TRAINING (Begin with baccalaureate or other initial professional education, such as nursing, 
include postdoctoral training and residency training if applicable. Add/delete rows as necessary.)

INSTITUTION AND LOCATION

DEGREE
(if 

applicable)

Completion 
Date

MM/YYYY
FIELD OF STUDY

University of Kansas BGS 05/1977 Microbiology

University of Nebraska MS 06/1979 Genetics

University of Nebraska PhD 06/1983 Genetics

University of California – Riverside Fellowship 12/1984 Biochemistry

A.  Personal Statement
My expertise is in identifying genetic variants associated with complex human phenotypes and disease. I have 
created methodology, utilizing fluorescent-based detection systems, to identify genes and genetic variation. My 
initial work was to identify mutations associated with defects in pigmentation. This research utilized linkage 
analysis, gene identification and DNA sequencing for mutation identification. I have using different analytical 
methods to identify alterations in proteins and metabolites associated with different kidney transplant 
outcomes. I have identified several urinary proteins to create a profile associated with acute rejection in kidney 
allografts. The goal of this work is to identify a set of biomarkers that can be used to determine disease status, 
especially in the sub-acute phase. Currently, my primary work is in the identification of genetic variation with 
transplant outcomes in kidney allograft recipients, including pharmacogenomic related outcomes. This work 
includes creating a large cohort of DNA samples from both kidney allograft recipients and living kidney donors, 
collecting clinical outcomes, genotyping variants and associating these variants with different outcomes. 
Additional work in complex disease includes identification of variants associated with behavioral phenotypes, 
asthma, and novel single gene disorders. I am also working with whole exome sequencing (WES) and whole 
genome sequencing (WGS) to identify variants associated with single gene disorders and predisposing 
variants associated with glioblastoma. 

B.  Positions and Honors
Professional Experience:

1986-1988 Research Associate, Institute of Human Genetics, Univ. of Minnesota, Minneapolis
1988-1995 Research Associate, Dept. of Medicine, Div. of Genetics, Univ. of Minnesota, Minneapolis
1995-1999 Sr. Research Associate, Dept. of Medicine, Div. of Genetics, Univ. of Minnesota, Minneapolis
1999-2005 Assistant Professor, Dept. of Medicine, Division of Genetics, Univ. of Minnesota, Minneapolis
2006 Associate Professor, Dept. of Medicine, Division of Genetics, Univ. of Minnesota, Minneapolis
2006-2010 Associate Professor, Dept of Clin. and Exper. Pharmacology, College of Pharmacy, Univ. of 

Minnesota, Minneapolis
2010-Present Professor, Dept. of Clin. and Exper. Pharmacology, College of Pharmacy, Univ. of Minnesota
2010-Present Professor, Dept. of Genetics Cell Biology and Development, College of Biological Sciences, 

Univ. of Minnesota, Minneapolis
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Honors and Awards:

Honors in Microbiology (University of Kansas)
N.I.H. Postdoctoral Fellowship (University of California)
Young Investigator Award (PanAmerican Society for Pigment Cell Society)
The Vitiligo Research Award (The Skin Disease Society, Inc.)

C.  Contribution to Science
Complete List of Published Work:  http://scholar.google.com/citations?user=8inzmUgAAAAJ&hl=en

1.  Identification of Genes and Genetic Variants Associated with Genetic Disorders
My primary interest is in the identification of genetic variation associated with altered phenotypes. I have 
collaborated with many investigators in efforts to identify genes, through linkage analysis or genome 
sequencing, or to identify genetic variation associated with the observed phenotype. Below are some examples 
of the work that this has entailed. In the case of autosomal dominant mesomandibular fibro-1 osseous 
dysplasia we are continuing our analysis with whole exome sequencing. I am also involved with studies 
associating genetic variation with behavioral phenotypes including addictive behavior and disinhibition. I served 
as the primary investigator or co-investigator in all of these studies.  Other projects include whole genome 
sequencing of families that cluster for glioblastoma. Our goal is to identify predisposing genetic variants that 
are segregating in these families.

1. Oetting WS, Fryer JP, Wyman Z, Shtorch A, Cordoba M, Lazarov A, Reish O.  Molecular analysis of an 
extended Palestinian family with monilethrix.  Genetics in Medicine 1:109-111, 1999.  [PMID: 11336449]

2. Oetting WS, Armstrong C, Holleschau A, DeWan AT, Summers CG.  Evidence for genetic heterogenity in 
families with congenital motor nystagmus (CN).  Ophthalmic Genetics 21:227-233, 2000.  [PMID: 
11135493]

3. Irons, DE, McGue M, Iacono WG, Oetting WS.  Mendelian randomization: A novel test of the gateway 
hypothesis.  Development and Psychopathology 19:1181-1195, 2007.  [PMID: 17931442]

4. Koutlas IG, Forsman CL, Kyrkanides S, Oetting WS, Petryk A.  Autosomal dominant mesomandibular 
fibro-1 osseous dysplasia: a self-resolving inherited fibro-osseous lesion of the jaws.  Frontiers in 
Physiology 3:458, 2012.  [PMID: 23230423] [PMC: 3515761]

2.  Analysis of Human Pigmentation and Albinism
Albinism provides an excellent model system to understand the effects of genetic variation on a complex 
phenotype. This work involved the identification of pigment genes and their mutations, including 
phenotype/genotype analysis of these mutations associated with albinism. I showed that in individuals with 
albinism there is a spectrum of pigment levels that can be observed from a complete absence of pigment 
production to almost normal pigment production. The effect of these mutations were analyzed using expression 
analysis and in silico analysis. We also identified putative regulatory regions and genetic variants that are 
associated with changes in transcriptional regulation. Through this work we created criteria for identifying 
individuals with albinism. This work is continuing as I am working to identify variation associated with normal 
pigmentation. I served as the primary investigator or co-investigator in all of these studies.

1. Oetting WS, Fryer JP, King RA.  Mutations of the human tyrosinase gene associated with tyrosinase 
related oculocutaneous albinism (OCA1).  Human Mutation 12:433-434, 1998.  [PMID: 10671066]

2. Oetting WS, King RA.  Molecular basis of albinism: Mutations and polymorphisms of pigmentation genes 
associated with albinism.  Human Mutation 13:99-115, 1999.  [PMID: 10094567]

3. King RA, Pietsch J, Fryer JP, Savage S, Brott MJ, Russell-Eggitt I, Summers CG, Oetting WS.  
Tyrosinase gene mutations in oculocutaneous albinism (OCA1): Definition of the phenotype.  Human 
Genetics 113:502-13, 2003.  [PMID: 13680365]

4. Oetting WS, Pietsch, J, Brott, MJ, Savage S, Fryer JP, Summers CG, King, RA.  The R402Q tyrosinase 
variant does not cause autosomal recessive ocular albinism.  American Journal of Medical Genetics 
149A:466-469, 2009. [PMID: 19208379]
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3.  Creation of Methodology for Fluorescent Based DNA Sequencing and Genetic Linkage Analysis
Much of my work in identifying genetic variation associated with albinism involved DNA sequencing for the 
identification of mutations.  I also used linkage analysis for the identification of genes involved in albinism, 
asthma and other complex diseases. In this work I devised techniques that utilized automated DNA 
sequencing technology with fluorescent detection. I served as the primary investigator or co-investigator in all 
of these studies.

1. Oetting WS, Fryer JP, Oofuji Y, Middendorf LR, Brumbaugh JA, Summers CG, King RA.  Analysis of 
tyrosinase gene mutations using direct automated infrared fluorescence DNA sequencing of amplified 
exons.  Electrophoresis 15:159-164, 1994.  [PMID: 8026428]

2. Oetting WS, Lee H, Flanders D, Wiesner G, Sellers T, King RA.  Linkage analysis with multiplexed short 
tandem repeat polymorphisms using infrared fluorescence and M13 tailed primers.  Genomics 30:450-
458, 1995.  [PMID: 8825630]

3. Oetting WS, Wildenberg SC, King RA.  Genetic linkage analysis using pooled DNA and Infrared 
Detection of Tailed STRP Primer Patterns.  Proceedings of the Society of Photo-Optical Instrumentation 
Engineers 2680:226-234, 1996.

4. Oetting WS, Armstrong-Jacobs CM, Ronan SM, Young TL, Sellers TA, King RA.  Multiplexed short 
tandem repeat polymorphisms of the Weber 8A set of markers using infrared fluorescence and M13 
tailed primers.  Electrophoresis 19:3079-3083, 1998.  [PMID: 9932797]

4.  Identification of Biomarkers Associated with Kidney Transplant Outcomes
Identifying urinary biomarkers associated with acute rejection (AR) of kidney allografts could improve recipient 
care by allowing AR to be diagnosed noninvasively and treated earlier. I worked on identifying novel 
biomarkers associated with AR by analyzing urinary proteins, using matrix associated laser desorption 
ionization time-of-flight mass spectroscopy (MALDI-TOF MS). We identified pattern of urinary proteins 
associated with either normal kidney function or adverse outcomes. I served as the primary investigator or co-
investigator in all of these studies.

1. Oetting WS, Rogers TB, Krick TP, Matas AJ, Ibrahim H.  Urinary β2-microglobulin is associated with 
acute renal allograft rejection.  American Journal of Kidney Disease 47:898-904, 2006.  [PMID: 
16632030]

2. Akkina S, Zhang Y, Nelsestuen G, Oetting WS, Ibrahim HN.  Temporal stability of the urinary proteome 
after kidney transplant: more sensitive than protein composition?  Journal of Proteome Research 8:94-
103, 2009.  [PMID: 19012427] [PMC: PMC2722382]

3. Zhang Y, Oetting WS, Harvey SB, Stone MD, Monkkonen T, Matas AJ, Nelsestuen GL.  Urinary Peptide 
Patterns in Native Kidneys and Kidney Allografts.  Transplantation 87:1807-1813, 2009.  [PMID: 
19543057] [PMC: PMC3628615]

5.  Genetic Variation Associated with Kidney Transplant Outcomes
This research is to identify genetic variants predisposing individuals to acute rejection and other transplant 
outcomes. Work also includes variants that alter the metabolism of immunosuppressants. Identification of 
these variants would aid in the creation of individualized immunosuppressant regimens based on recipients’ 
genetic predisposition. I have analyzed a large cohort of kidney transplant recipients utilizing GWAS analysis of 
single nucleotide polymorphisms in an effort to identify genetic variation associated with outcomes. I served as 
the primary investigator or co-investigator in all of these studies.

1. Oetting WS, Schladt DP, Leduc R, Jacobson PA, Guan W, Matas AJ, Israni A.  Validation of single 
nucleotide polymorphisms (SNPs) associated with acute rejection in kidney transplant recipients using a 
large multi-center cohort.  Transplant International 24:1231-1238, 2011.  [PMID: 21955043] [PMC: 
PMC3208796]

2. Oetting WS, Guan W, Schladt DP, Leduc RE, Jacobson PA, Matas AJ, Chinnakotla S, Schröppel B, 
Murphy BT, Israni AK.  Donor polymorphisms of TLR4 associated with graft failure in liver transplant 
recipients.  Liver Transplantation 18:1399-1405, 2012.  [PMID: 22987288] [PMC: PMC3518641]

3. Oetting WS, Guan W, Schladt DP, Wildebush WA, Becker J, Thyagarajan B, Jacobson PA, Matas AJ, 
Israni AK.  Telomere length of recipients and living kidney donors and chronic graft dysfunction in kidney 
transplants.  Transplantation 97:325-329, 2014.  [PMID: 24492422] [PMC: PMC4104656]
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4. Oetting WS, Schladt DP, Guan W, Miller MB, Remmel RP, Dorr C, Sanghavi K, Mannon RB, Herrera B, 
Matas AJ, Salomon DR, Kwok P-Y, Keating BJ, Israni AK, Jacobson PA for the DeKAF Investigators.  
Genome wide association study of tacrolimus concentrations in African American kidney transplant 
recipients identifies multiple CYP3A5 alleles.  American Journal of Transplantation 16:574-582, 2016 
[PMID: 26485092] [PMCID: PMC4733408]

D. Research Support
Ongoing and completed research projects for the past three years (Federal or non-Federally-supported). 

Currently Active Grant Funding:

Project Title: Genomics of Kidney Transplantation
Role: Co-Investigator 
Project Number:  U19 AI070119 (P.I. Arthur J. Matas)
Source: NIH/NIAID
Project Dates – From 08/01/2011 - 07/30/2016
Annual percent Effort – 2.4 Calendar months
Annual Direct Costs – $1,484,035
To determine the genetic epidemiology of deterioration of kidney allograft function and the effects of genetic 
variation on the pharmacokinetics of immunosuppresants.

Previous Grant Funding:

Project Title: Pharmacogenomics Research Network (PGRN) Deep Sequencing Resource
Role: Co-Investigator 
Source: NIGMS
Annual Percent Effort – None
Annual Direct Costs – 
Project Dates – From 07/01/2014 - 06/30/2015
The goal is to identify gene expression differences pre and post initiation of immune suppression therapy, 
to associate expression with pharmacodynamic markers for the calcineurin inhibitors (calcineurin activity) 
and mycophenolate (IMPDH activity). 

Project Title: Immunological Factors and Risk of Vulvodynia
Role: Co-Investigator 
Project Number: R01 HD058608 (P.I. Bernard L. Harlow)
Source - NIH
Project Dates - From 07/01/09 – 06/30/14
Annual Percent Effort – 0.6 calendar months
Annual Direct Costs – $540,710
To test the hypothesis that vulvodynia is the result of an altered immunoinflammatory response mechanism 
in 325 women with and 325 women without clinically-confirmed vulvodynia in whom medical and 
environmental histories, as well as vulvovaginal and blood specimens are collected and assess in support 
of this hypothesis.

Project Title: Substance Abuse & Behavioral Disinhibition: Integrating Genes & Environment
Role: Co-Investigator 
Project Number: U01 DA024417 (P.I. William G. Iacono)
Source – NIH/NIDA
Project Dates - From 09/30/07 to 06/30/12 
Annual Percent Effort – 1.2 calendar months
Annual Direct Costs – $1,177,787
Longitudinal study of 7300 parents and twin children to investigate how gene-environment interplay 
influences the development of substance abuse.
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Previous Grant Funding (continued):

Project Title: Statistical Model Building for High Dimensional Biomedical Data
Role: Co-Investigator 
Project Number: CON000000014212 (P.I. Baolin Wu)
Source – NIH/NIGMS
Project Dates - From 8/01/2008 to 5/31/2012
Annual Percent Effort – 5%
Annual Direct Costs – $255,036
The major goal of this grant is create new statistical methods of analyzing complex genetic data

Project Title: Youth Drug Abuse, ADHD and Related Disruptive Behaviors
Role: Co-Investigator 
Project Number: DA012995 (P.I. Ken C. Winters)
Source - NIH
Project Dates - From 02/15/2007 to 08/31/12
Annual Percent Effort – 1.2 calendar months
Annual Direct Costs – $326,990
To refine the role of mediators and moderators, including genetics components, extend the development 
trajectory and establish the consistency of outcomes of highly informative groups of youth by conducting 
assessments on three youth cohorts. 

Project Title: Genomics of Kidney Transplantation
Role: Co-Investigator 
Project Number:  U19 AI070119 (P.I. Arthur J. Matas)
Source: NIH
Project Dates – From 07/01/2006 - 06/3/2011
Annual percent Effort – 2.4 Calendar months
Annual Direct Costs – $1,484,035
To determine the genetic epidemiology of deterioration of kidney allograft function and the effects of genetic variation 
on the pharmacokinetics of immunosuppresants.

Project Title: Gene Polymorphisms and Kidney Transplant Outcome
Role: Principal Investigator
Project Number: 1 R01 AI054115 (P.I. William S. Oetting)
Source - NIAID
Project Dates - From 10/01/2002 to 09/30/2006 
Annual Percent Effort – 2.4 calendar months
Annual Direct Costs – 175,000
Total Award Amount – $1,037,075
The major goal of this grant is the analysis of gene polymorphisms and their association with kidney 
transplant outcome.
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