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The RUNX1 Research Program Quarterly Newsletter 

Dear Friends,


In our last newsletter, we announced the launch of the NIH RUNX1-FPD Clinical Research Study, 
and we are pleased to share that 10 families have visited the NIH or have firm dates to visit soon.  
Another 10 families have expressed interest or are in the process of scheduling visits.  This is a 
wonderful and promising showing for a rare disorder, and we are grateful to all of you who are 
participating in this important endeavor and encourage you to keep spreading the word!  This 
newsletter will highlight the Medical Director of the Study, Dr. Lea Cunningham, and also formally 
introduce the newest member of the RUNX1 Research Program Team:  Amanda Eggen, Ph.D., our 
Patient Engagement and Clinical Program Manager, whom many of you have already met in the 
past couple of months.  Amanda recently joined our Executive Director, Katrin Ericson, Ph.D., in 
attending the European Hematology Association Conference (EHA), and we share some insight from 
the meeting.  Importantly, we have another patient family we would like to spotlight, and have their 
story to share with you.  In other news, we are offering a new grant in partnership with Alex’s 
Lemonade Stand Foundation for Early Career Investigators.


Dr. Lea Cunningham, NIH RUNX1-FPD Study Medical Director 


The NIH RUNX1-FPD Clinical Research Study continues to have 
Paul Liu, M.D., Ph.D., as Principal Investigator and Matthew 
Merguerian, M.D., Ph.D., as Clinical Fellow.  They are now joined 
by Lea Cunningham, M.D., as Medical Director of the Study.  As 
the lead clinician on the study, Dr. Cunningham cares for patients 
while at the NIH and conducts close follow-up throughout the 
year between their NIH visits with their referring physicians.  Dr. 
Cunningham has been a longstanding champion of RUNX1 
clinical research, having been a research fellow at the National 
Human Genome Research Institute nearly a decade ago, working 
closely with Dr. Liu to take care of RUNX1-FPD patients.


Dr. Cunningham is also the fellowship director of the NIH's 
Pediatric Bone Marrow Transplant program.  She has completed 
fellowships in pediatric hematology-oncology, and pediatric bone 
marrow transplantation and cellular therapy.  Before returning to 
the NIH, she served as physician-scientist faculty in the Department of Bone Marrow 
Transplantation and Cellular Therapy at St. Jude Children’s Research Hospital, where her research 
focused on developing targeted therapy and improved transplantation methods for patients with 
myeloid malignancies. 

 

Dr. Cunningham’s passion is providing the best possible care for all patients with RUNX1-FPD, from 
those who may have mild symptoms to those who may develop progressive disease or require bone 
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marrow transplantation.  The RRP team has been working closely with Lea to ensure study 
processes are sensitive to the preferences and needs of RUNX1-FPD families.  We are grateful to 
have her caring for patients in the Study, as she daily demonstrates her concern, dedication and 
attentiveness to patients.  Dr. Cunningham says, “It is a true privilege to work with our amazing 
patients and families.  They help to inspire our best work every day.” 


RRP Welcomes Amanda Eggen 
Dr. Amanda Eggen has joined the RUNX1 Research Program 
Team as our Patient Engagement and Clinical Program 
Manager.  She is leading our efforts to establish a worldwide 
community of patients and clinicians to increase our 
foundation’s advocacy reach and effectiveness.  Any patient or 
clinician curious to learn more about the NIH RUNX1-FPD 
Study, or simply to learn more about RUNX1-FPD and find 
support, is encouraged to reach out to Amanda personally via 
phone (805) 880-4109 or email aeggen@runx1-fpd.org.


Fortunately for RRP, Amanda’s career is unique in that it blends 
cancer research, community engagement, patient advocacy, 
information technology and social and cultural psychology.


Before joining RRP, she was Research Director for the Cancer 
Health Disparities Initiative within the University of Wisconsin-
Madison’s Carbone Cancer Center, directing community-

engaged cancer research development with underserved populations.  She led community-
academic partnership development, creating forums for researchers, patients and community 

members to co-design 
research that meet the most 
important cancer-related 
needs as defined by 
community members.  She 
entered the world of cancer 
while completing her Ph.D. 
in Social and Cultural 

Psychology at UW-Madison, serving as her father’s advocate throughout his cancer journey.  She 
went on to train as a patient advocate – and then educate as Clinical Faculty with the UW’s Center 
for Patient Partnerships.  Amanda’s RRP role working with patients and clinicians on RUNX1-FPD 
education, awareness, research development and advocacy engages these varied experiences as 
well as her personal passion for supporting families affected by life-changing diagnoses.  Welcome, 
Amanda!



European Hematology Conference 

Katrin and Amanda attended the European Hematology 
Association (EHA) meeting in Amsterdam in June to extend 
RRP's reach to include patient advocates and clinicians in 
Europe.  Their goal was to raise awareness about the work we 
are doing and to initiate steps towards building a global 
RUNX1-FPD network.  Success would mean that every 
clinician and patient who wants to engage in research towards 
finding a cure for RUNX1-FPD can do so. 
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Katrin and Amanda met with KNOWAML for the first time.  KNOWAML is a group led by patients, 
patient advocates (e.g. CancerCare, LLS and CureLeukaemia), 
nurse specialists and physicians who provide resources to patients 
on disease treatment options.  Some of the content they produce 
can be helpful to our patients, especially those who have 
developed AML.  We are thankful for the work they do and for 
willing to share their content with us.  We look forward to 
deepening our connection and finding opportunities to partner. 

 

Katrin and Amanda also attended the first-ever EHA Scientific 
Working Group meeting dedicated to rare hereditary blood 
cancers.  Dr. Marc Raaijmakers, one of our grantees, is the chair of 
this new working group that will be supported by EHA for three 
years.  


Their goals are:

• To promote high-quality science within the EHA community and 
identify new innovative areas for rare hereditary blood cancer 
research. 

• To advance the best patient care through the development of 
guidelines. 

• To advise the EHA Board and European Affairs committee on 
scientific policies and priorities in research. 

During the session, Dr. Jane Churpek, a RUNX1-FPD clinician, 
shared data from two different research groups showing that 
11-16% of patients with a blood cancer and a family history with 
two or more blood cancers, tested positive for a germline 
mutation.  This highlights that rare hereditary blood cancers are not 
all that rare.  During her talk we were proud to see that she 
highlighted the importance of the RUNX1 database, developed by 
our grantees Drs. Anna Brown and Hamish Scott.


In the same session, Dr. Brigitte Schlegelberger spoke about 
RUNX1-FPD and how families and individual patients can have 
very different clinical features.  She highlighted the need for 
international collaboration and presented a slide on the scientific 
value of the NIH RUNX1-FPD Clinical Research Study. 


Patient Spotlight:  Daphne Goldsmith and Amanda Chaffee 

In this newsletter, we are shining a spotlight on RUNX1-FPD patient mother-and-daughter Daphne 
Goldsmith and Amanda Chaffee.  Daphne and her daughter Amanda have always been very close.  
Amanda describes her mother as always being supportive and encouraging.  Early on, they endured 
the heavy loss of Amanda’s brother when she was just 11 years old.  Daphne says such an 
experience, “always shifts a relationship.  We were stronger because we were able to get through 
that tough time.  I consider Amanda to be not only a daughter, but a friend . . . We have our own 
lives and are not able to see each other as often as we would like, but Amanda is my heart.”

Daphne and Amanda also shared a frustrating journey towards their RUNX1-FPD diagnoses.  Over 
more than 5 years, the two were on parallel paths trying to understand why each had blood-related 
issues with surgeries.  Daphne’s began with two surgeries that resulted in large unexplained 
hematomas - the second of which ran the length of her body, from under her arm and down through 
her leg.  In parallel, Amanda had an attempted gallbladder surgery that had to be aborted when 

The RUNX1 Research Program �3

Amanda and Katrin at EHA 

Dr. Marc Raaĳmakers, EHA 
Scientific Working Group 
Chair, and Dr. Jane Churpek

https://know-aml.com/en
https://runx1db.runx1.com/accounts/login/
http://www.runx1.com


www.runx1-fpd.org Summer 2019

surgeons were unable to halt bleeding early in the process.  These surgeries set off a series of tests 
over several years to attempt to determine the underlying cause.  Doctors did not suspect a linkage 
between Daphne and Amanda’s experiences until Amanda’s fifth hematologist ran the right genetic 
test. Amanda encouraged Daphne to get tested, and after the two persisted in an insurance battle 
for genetic testing coverage, they both arrived at a RUNX1-FPD diagnosis.


Amanda says, “I wasn't quite sure how to process it right away.  On one hand, I was very happy to 
finally have a name for the condition I’d been 
dealing with for eight years or so.  The journey 
without clear answers had been really 
frustrating.  Nobody wants to hear from their 
doctor that their disease ‘comes with 30-50% 
cancer risk’.  I was a little scared, but I also 
recognized there was a 50-70% chance I 
would be just fine.  I’ve realized it’s even more 
important to keep my baseline health in a good state, and I am extra careful about my exposure to 
certain chemicals to try to keep the risk as low as possible.”


Daphne and Amanda are among our first families to enroll in the NIH RUNX1-FPD Clinical Research 
Study.  They express hope, sharing that they are motivated by the idea that their contributions to the 
study may help other families, and most especially want to support research in earlier detection of 
leukemia to improve blood cancer outcomes.  The week leading up to the study, Daphne felt a mix 
of excitement and anxiety, offering, “Amanda and I both hope to offer information to help 
generations to come.  We are kind of leaving our mark.  We can be part of the beginning of 
something.” 


We appreciate getting to know this optimistic pair.  Thank you for graciously agreeing to share your 
story with our community, and for being a part of the “beginning of something” by participating in 
the NIH RUNX1-FPD Clinical Research Study.

Now Accepting Applications for Early Career Investigator Grants 

We are teaming up with our amazing and long-standing partners at Alex’s 
Lemonade Stand Foundation to offer a 2019 RUNX1 Early Career 
Investigator Grant.  These grants are intended to promote the establishment 
of a new generation of translational and clinical researchers interested in 
tackling inherited hematologic malignancy predisposition disorders that 
focus on RUNX1-familial platelet disorder.  We believe that providing capital 
to early career investigators not only injects funding to where it is needed 

The RUNX1 Research Program �4

“We are kind of leaving our mark.  
We can be part of the beginning of 
something.” - Daphne Goldsmith

RUNX1-FPD patients Daphne Goldsmith and Amanda Chaffee 

http://www.runx1.com


www.runx1-fpd.org Summer 2019

most, but also cultivates a new cohort of investigators who will be invested in an area of research 
that historically has had limited attention.


The new RUNX1 Early Career Investigator grant is a $180,000 over three-year award designed to 
fund research into strategies leading to the development of therapies to prevent the transition from 
pre-leukemia to leukemia for patients with RUNX1-FPD.  Collaboration and data sharing are a 
priority for this research program and an expected outcome of a completed project.  The full 
application will require a Resource Sharing Form.  Grant recipients are expected to present their 
progress at our annual RRP Conference as part of the annual review.  


The RUNX1 Early Career Investigator Grants applications in 2019 are due quarterly:  September 26 
and December 26.  Click here for the grant guidelines.


New Office and Staying in Touch 

In other news, we have moved into new office 
space.  Our foundation’s business address remains 
the same at 1482 E Valley Road, Suite 137, but our 
physical address is 800 Miramonte Drive in Santa 
Barbara.  Should you ever find yourself in Santa 
Barbara, we would love to welcome you here!  


Are you interested in quicker updates from us at 
the RUNX1 Research Program?  Follow us on 
Facebook (@fpdaml), Twitter (@RUNX1Research), 
or Instagram (@runx1researchprogram).  You can 
also join our RareConnect community to learn more 
and connect with other RUNX1-FPD patients and 
families.


Thank you,


The RUNX1 Research Program Team
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