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The RUNX1 Research Program Quarterly Newsletter 

Dear Friends,


We have breaking news! 
The first-ever, groundbreaking natural history study of RUNX1 familial 

platelet disorder is now open to all patients, worldwide, at the NIH. 

National Institutes of Health (NIH) Clinic, Bethesda, Maryland 

Given the importance of this study to the current and future RUNX1-FPD patient community, and to 
our foundational goals, we are dedicating this newsletter to explaining the study and its benefits and 
relevance.  It was only one year ago that we announced that one of our Scientific Advisory Board 
members, Dr. Paul Liu, and his team at the NIH-NHGRI were working to make this study a reality.  
The knowledge gained from a natural

history study is foundational to understanding a 
disorder like ours, and, importantly, helps the 
medical community identify who is at highest risk of 
developing cancer.  This study is absolutely critical 
because regulatory agencies, like the FDA, inquire 
about natural history study results before allowing 
new treatments to be evaluated in the clinic.
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A natural history study follows a group 

of patients over time, collecting health 

information in order to understand how 

the disorder develops into cancer and 

to establish how to treat it.  
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“Ultimately, the RRP’s goals are to stop current patients from developing cancer, 
help accelerate therapies that can best treat patients who do, and find a way to 
permanently correct the mutation.” - Tim Babich, RRP Founder & Director 

Today we know that the lifetime risk of developing leukemia or lymphoma is not the same for each 
patient.  Analyses across many RUNX1-FPD families show that some have 11% of affected family 
members go on to develop cancer, while others have 100%.


This natural history study may be able to hone in on what factors are associated with cancer risk.  
For example, some of the questions that are being addressed in the study include:





These are just some of the questions the NIH 
researchers hope to begin to answer; however, we 
need a sufficient number of patients enrolled to 
generate meaningful data and draw conclusions.  


As a rare disorder, it is essential that as many 
patients participate as possible in order to 
advance our collective understanding of RUNX1-
FPD.  The more patients enroll and are monitored 
and tracked, the more we will learn about how to 
improve diagnosis, cancer surveillance protocols, 
early cancer detection methods and cancer 
treatments. See www.runx1-fpd.org/nih-study.


The Team 

We at the RRP, as the only advocacy foundation 
for RUNX1-FPD patients, are partnering with the 
NIH to take the lead on making the study known to 
every patient we can find.  Though the NIH will 
cover all travel expenses for patients within the US 
to travel to Maryland, our foundation will cover the 
costs of international participants coming to the 
US.  


We also aim to help streamline and clarify the process where we can.  We encourage you to contact 
us with any questions or issues you may have, as you consider participation, so we can help make 
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Two different families with RUNX1-FPD.  
One has as few as 11% develop cancer, 
while the other, unfortunately, has 100%. 
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the process as painless as possible.  We recognize it is no small ask to travel to Maryland for a 
couple of days of health visits. 


At the NIH, the RUNX1-FPD Clinical Research Study team consists of physician scientists invested 
in taking care of our patients.  Following is a brief introduction to each of the Clinical Leads.





Paul Liu, M.D. Ph.D. - Principal Investigator 
Dr. Liu is the Deputy Scientific Director of the National Human Genome 
Research Institute, within the NIH.  He has dedicated his career to 
oncology research with a focus on human cancer genetics.  Dr. Liu has 
been part of the NIH for close to 30 years, bringing deep knowledge and 
wisdom to our study.  He is also a member of the RRP Scientific Advisory 
Board.




Matthew Merguerian, M.D., Ph.D. - Clinical Fellow 
Dr. Merguerian serves as a Pediatric Hematology/Oncology Fellow both 
at Johns Hopkins Hospital and the National Cancer Institute within the 
NIH.  Dr. Merguerian is a physician scientist who trained as both a 
chemist in the lab and a doctor in the clinic taking care of children with 
blood cancers.  He brings young energy and a highly valued perspective 
to the team.


The NIH is the largest public 
funder of biomedical research in the world, with more than 
$30 billion in U.S. taxpayer dollars funded to achieve its 
mission to:  “enhance health, lengthen life, and reduce 
illness and disability.”  It is the natural home for this 
centralized study.  


    Study participants may meet nurses and       
    other specialists while at the NIH.   

First Step in Creating a Global RUNX1-FPD Team 

Together with our physicians, the clinical study team at the NIH, and patient families, we can learn 
more about how having RUNX1-FPD predisposes patients to blood cancer.  Then, as a global team, 
we can put strategies in place to stop cancer from ever happening.  But we need your help.
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RUNX1-FPD is vastly under-diagnosed and the world is still learning that cancer predisposition 
disorders are a reality.  Though we are rare, we are important.  Additionally, our study could hold 
promise for all those who may face leukemia or lymphoma one day, with or without a predisposition.  


We also need your help to get the word out about this important study, not only to your family and 
extended family, but to the outside world.  Please consider reaching out to your local news channel 
or sources and direct them to our website or our press release:  www.runx1-fpd.org/press.


RRP Scientific Advisory Board News 

Our very own RRP Chairperson and Scientific Director, Dr. Nancy Speck, has been elected to the 
National Academy of Sciences, a most prestigious honor.  We are ever grateful to have Dr. Speck’s 
counsel, and we are pleased the scientific community has recognized her contribution.  We have 
also added some new members to our RRP Scientific Advisory Board:  Dr. Len Zon, Dr. Brian 
Druker, Grover Bagby, and Dr. Marshall Horwitz.  These distinguished, internationally-recognized 
scientists in their fields join our existing SAB members in serving to provide guidance and 
assistance with our research strategy, and we are indebted to their expertise and the time they 
invest out of their busy schedules on our effort.  Our summer newsletter will provide more 
information on these members.  You can read their biographies here:  www.runx1-fpd.org/scientific-
advisory-board.


Other RRP Updates 

Hopefully you have noticed our new, updated website at www.runx1-fpd.org.  We have tried to 
make it more user-friendly and easier to navigate for our community.  Let us know about anything 
you would like to see on the site in the future.  We have also added two videos, one focused on the 

disorder and our strategy to advance the science, and the other focused on our Babich family 
beginnings.  You can find one on our homepage and the other on www.runx1-fpd.org/about.  Please 
take a look - we are eager to hear your input and feedback!


Thank you,


The RUNX1 Research Program Team - (info@runx1-fpd.org)
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