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The RUNX1 Research Program Quarterly Newsletter 

Dear Friends,


Last December, we attended the annual American Society of Hematology (ASH) Meeting and 
Exposition in San Diego, networking with the global hematology research community, and learning 
about what’s new and potentially relevant to RUNX1-FPD.  This newsletter will start with a summary 
of some of our key takeaways from the conference.  We would also like to formally announce the 
recipient of our last grant cycle with Alex’s Lemonade Stand Foundation (alexslemonade.org), Dr. 
Marc Raaijmakers of the Erasmus MC Cancer Institute in Rotterdam, and share his research 
proposal summary.  Finally, we are excited to introduce a new segment we hope to include in our 
newsletters from time-to-time:  a patient spotlight.  As we have made contact with more patients 
over the course of the past year, it has warmed us to know how committed and passionate other 
families are, too, about spreading the word and doing what they can to further RUNX1-FPD 
research.  It is comforting to know we are part of a bigger family, and that we are all in this together. 


December 2018 ASH Meeting Highlights 

Tim and Katrin were among the 30,000 attendees at December’s 
ASH meeting on behalf of our RRP team.  They brought back a lot 
of enthusiasm and knowledge regarding recent advancements 
that could impact our community of patients and research 
partners.  


The Inherited Myeloid Malignancies Workshop highlighted the 
importance of a multidisciplinary approach to accurately diagnose 
and manage patients with rare disorders like ours.  During this 
workshop, attendees were informed of some of the work RRP is 
supporting to promote advancing our understanding of RUNX1-
FPD, specifically.  RRP Scientific Advisory Board Member, Paul 
Liu, MD, PhD, presented on the RUNX1-FPD Longitudinal Natural 
History Study and Clinic to an audience of clinicians, nurse 
practitioners, genetic counselors, bioinformaticians and others in 
an effort to recruit patients and academic partners for this critical 
study.  Anna Brown, PhD, and RRP grantee, presented on the 
work she is leading to generate a global genomic database of 
RUNX1-FPD patients.  As a result of this workshop, we made 
several new connections with clinicians who are taking care of 
RUNX1-FPD patients, and we are working with them today to 
grow our research community.


There have been many recent drug developments in AML (acute 
myeloid leukemia), with new drug combinations offering improved 
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outcomes for patients.  Following is a summary of data many described as most impactful to the 
AML field:  results from early phase trials (Phase 1b/2) testing the safety and efficacy of Venetoclax 
(a BCL-2 inhibitor) plus hypomethylating agents showed dramatic response rates in the newly 
diagnosed elderly (age 75 or older) AML patient population, who might typically be unable to receive 
high-dose, aggressive chemotherapy regimens.  This data supported the recent FDA approval of 
this combination.


Clonal hematopoiesis of indeterminate potential (CHIP) was recently identified as a major risk-factor 
for the development of both hematologic malignancies and atherosclerotic cardiovascular disease 
in humans.  CHIP is defined as the evidence of somatic mutations in leukemia-associated genes in 
normal healthy individual blood cells.  We know from Churpek and colleagues that ~70% of RUNX1-
FPD patients without leukemia under the age of 50 have CHIP.  Many groups presented research 
with the aim to understand the mechanisms which link CHIP to aging, inflammation and exposure to 
cancer therapies.  What is clear is that evidence of CHIP is a biomarker for leukemic risk and should 
alert any clinical team managing a RUNX1-FPD patient.


RRP-ALSF Grant Recipient:   
Marc Raaijmakers 

Our joint grant program with Alex’s Lemonade 
Stand Foundation (ALSF) is pleased to award 
Dr. Marc Raaijmakers of the Erasmus MC 
Cancer Institute in Rotterdam, the Netherlands, 
as our newest grantee, and we welcome him 
into our research community.  Dr. Raaijmakers 
is chair of The European Hematology 

Association’s Scientific Working Group on Rare Hereditary Blood 
Cancers.  His lab is interested in the role of the bone marrow 
environment in hematopoiesis, particularly as it relates to the 
disease process in pre-leukemic bone marrow disorders. 


In partnership with ALSF, we will support Dr. Raaijmakers and his team for two years as they work to 
uncover whether RUNX1-FPD patients are at greater risk of blood cancer because of defects in the 
blood stem-cell niche, the bone marrow.  Blood stem cells are responsible for generating our blood 
each and every day, and they are also the cells responsible for driving leukemia when things go 
awry.  Therefore, they are incredibly important to our survival and must be protected from any undo 
stress that may cause transformation to leukemia.  The bone marrow, where blood stem cells live, 
provides a highly specialized environment that protects the stem cells.  Dr. Raaijmakers is an expert 
on the bone marrow blood stem cell niche.  


In his research proposal, he outlines a series of experiments that aim to test whether a bone marrow 
niche that has lower levels of RUNX1 activity, as is the case with RUNX1-FPD patients, is a key 
contributing factor in the progression to leukemia.  His work may provide a proof-of-concept that 
therapeutically targeting the bone-marrow niche is a rational approach to preventing leukemia.


Patient Spotlight 

We talk a lot about research in our newsletters, but it’s time we shift the conversation to include the 
families and people, the faces, behind RUNX1-FPD.  As a rare disease with a small patient 
population, it has been harder historically for patients to find and connect with each other.  Having a 
patient community allows individuals and their families to educate themselves, advocate for their 
health, engage with others going through the same concerns, and to find agency in the knowledge 
that their stories help define meaningful research.  Without further ado. . . 
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Meet the Anderson Family:  Nathan, Joy, Griffin (9), Maxwell (8), Nolan (7) and Brennan (3).


‘We are a family of 6 living in a small, rural town in Ohio. Our first son, Griffin, was diagnosed with a 
blood disorder when he was 3 years old.  This past year, his hematologist decided to do genetic testing.  
Through this, the RUNX1 gene mutation was found.  We were encouraged to get ourselves tested, and 
Nathan also came back with the RUNX1 gene mutation.  From there, the other three boys were tested 
and Brennan, our youngest, came back with the mutation, too.  Nathan is a patient at The James 
Cancer Hospital, and Griffin and Brennan are patients at Nationwide Children’s Hospital. 

Nathan, Griffin, and Brennan all had bone marrow biopsies as this shows any evidence of MDS/AML 
before any lab work or outward signs or symptoms.  Nathan’s results came back showing low-risk MDS.  
Nathan will do labs in 6 months and a follow-up in December.  Griffin and Brennan show no signs of 
MDS or AML at this time, but the labwork showed their bone marrow was slightly hypocellular. They will 
do labs in 3 months and a repeat bone marrow biopsy in 6 months.  

We have been so grateful to connect with others in the RUNX1 community.  The community is small, 
but mighty.  We only see exciting, bright things in the future for those affected by RUNX1!  During our 
journey, we’ve had an amazing support system and have been trying to raise awareness for RUNX1.  
Some dear friends sold bracelets and T-shirts to which all proceeds will go toward research.  We also 
did a fundraiser online via facebook where monies go straight to RUNX1 Research. We highly 
encourage any of the above to help raise awareness and support research.’ 

We are so grateful to Joy and Nathan and their boys for their support, and especially for sharing 
their story with our community of patients, clinicians and investigators.  We also want to wish happy 
birthday and express our gratitude to David DeVoe and his family for their Facebook campaign in 
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honor of RUNX1 Research.  If you are a patient reading this who has not reached out yet, know that 
in addition to the general RUNX1-FPD forum in RareConnect (https://www.rareconnect.org/fpd/aml), 
you can also message individual members on the site to make personal connections.  You are 
always welcome to email Monica at mbabich@runx1-fpd.org, as we are a patient family, too, and we 
can help direct you to resources and answer questions.  


Final note 

Before the spring newsletter is out, we hope to have our website re-arranged to be made more 
interactive and user-friendly.  We are always striving to do a better job.  You will also notice the 
additional of some video content.  Expect an email update when these features are live and ready to 
share.  We hope to also have an update for you come spring on the NIH RUNX1-FPD Study and 
Clinic, along with a simple FAQ.  Finally, it is impossible to overstate the importance of hearing from 
patients.  We are so grateful for the new relationships we have made in the past several months:  we 
are honored to be your advocacy group.  


Thank you,


The RUNX1 Research Program Team
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