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2019 Gala / Grants and Sponsorships

Feature Article GALA 2020

On Saturday, November 9, 2019, supporters, friends and families came together to share in gala activities at the Glenview
Mansion in Rockville, MD while showing appreciation for our honored guests. A roaring fire in the fireplace warmed the
chilly evening adding to the ambiance and good cheer. On behalf of the CBTF Board and Advisors, Jeanne Young, presi-
dent, expressed appreciation for Jenny Hahn and FD Associates, Inc. our event’s Hope for Cures Sponsor in memory of lan
FD Associates, Inc., Prism, Inc. and Whittles Therapeutics were acknowledged for their partnership support

continued on page 3

Grants and Sponsorships

NEW (2019)

e Dana-Farber Cancer Institute, Carl D. Novina, M.D., Ph.D., Defining LncRNA-Transcription Factor Networks in Diffuse
Intrinsic Pontine Gliomagenesis

e The George Washington University, Huadong Pei, Ph.D., The Roles of O-GlcNAcyulation in the Hedgehog Pathway in
Medulloblastoma

e Massachusetts General Hospital, Jian Teng, M.D., Repurposing low-dose quinolone methanol derivatives as a novel
treatment for pediatric high grade gliomas

Sponsorships
e [International Symposium on Pediatric Neuro-Oncology (Silver Sponsor)
e Society for Neuro-Oncology

Second-year
o University of Maryland, Baltimore (first-year Children’s National), Yin Wang, Ph.D., 4 Novel Mechanism and Immedi-
ately-Translatable Targeted Therapy Group 3 MB

CBTF RAISES FUNDS FOR RESEARCH
Funds vaised benefit pediatvic bvain tumor vesearch and other CBTF programs
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Board of Directors

Jeanne P. Young, President

Carol Cornman, Vice President

Kirsten Baker, Vice President/Secretary
James M. Young, Treasurer

Directors
*Elizabeth Irvin ~ John Moore

Susan Lyon, RN Claire Wynn Final Summary—Two-year Study

S;‘.i‘;;';;fg" Seientific Advisor Role of MOS Proto-oncogene in H3.3K27M
*Roger J. Packer, M.D., pediatric neurologist Diffuse Intrinsic Pontine Glioma
%’;ﬁﬁfﬁ;@f ational Hospital Baylor College of Medicine, Texas Children’s (one-year study)
Scientific Advisors Stephen C. Mack, Ph.D.

Susan M. Blaney, M.D., pediatric oncologist
Mo Cattijests Cloetin ooy BOUSI, 1D S We are grateful for support provided by the CBTF and funders that have al-
Kenneth J. Cohen, M.D., pediatric oncologist . . «

Johns Hopkins Medical Center, Baltimore, MD lowed us to pursue our project on the characterizing “The Role of MOS Proto-

Charles G. Eberhart, M.D., Ph.D., neuro-pathologist Oncogene in H3.3K27M Diffuse Intrinsic Pontine Glioma”. Diffuse intrinsic
Johns Hopkins School of Medicine, Baltimore, MD

Paul G. Fisher, M.D., pediatric neurologist pf)ntme ghoma (DIPQ) remains a fatal dl?lgl’lOSlS with few experimental thera-
Stanford University Hospital, CA pies available to patients in clinical trials. Advancements are desperately
Bgaiis Libiig, LD, needed to improve our understanding of the molecular basis of DIPG to devel-
Children’s National Hospital . K
Washington, DC op safe and effective treatments. Through work funded by CBTF in the past
Igﬁsey Iﬁi%utf@ Ml]?] ol year we were able to make several key findings: 1) That a protein called MOS
ildren’s National Hospita ; K .
Washington, DC is highly essential for DIPG tumor cell growth, and 2) MOS and other related
Tobey J. MacDonald, M.D., pediatric oncologist genes and transcripts can be inhibited by drugs called bromodomain inhibi-
Emory Health Sciences Center, Atlanta, GA tors
*Eva Perdahl, M.D., Ph.D., pediatric oncologist
Kaiser Permanente, MD An exciting extension of our work on MOS was an unexpected finding that
Eric H. Raabe, M.D., pediatric oncology . . . .
Johns Hopkins Hospital, Baltimore, MD other transcripts, outside genes, called endogenous retroviruses were also acti-
Brian Rood, M.D., pediatric oncologist vated. This led us to a new idea that targeting both genes and viral transcripts
\foﬂﬁﬁ;’t s National Hospital could be an effective therapeutic approach, which is work we published in
B e o May 2019, in a journal called Cancer Cell. Our findings have also shed in-
Washington, DC sight into the biology of other aggressive pediatric brain tumors such as epen-
Katherine Warren, M.D., pediatric oncologist dymoma. Importantly, these findings as a result of CBTF funding have now
Dana-Farber Cancer Institute, Boston, MA .. . .. . .
S e led to a clinical trial proposal to the pediatric brain tumor consortium as a
1 111 VI . .
Gil Smith, Ph.D., researcher, Bethesda, MD novel therapy for children with DIPG and ependymoma.
EurvivﬁrShipk AN, MSN. CPNP-AC Basic research on brain tumors is an area currently in desperate need for ad-
auren Hancock, RN, R - . . . .
Debbic Lafond, DNP, PNP-BC-CHPPN vancements that can help establish and guide clinical trials. Unfortunately,
G5 1) WIS, I, MR brain tumor research, particularly in children remains a topic that is under-
Children’s National Hospital ] .
Washington, DC funded, thus posing a challenge for researchers entering the field; as a result, a
%egal‘Ang}(slor e Ny lack of progress on new treatments for patients. For our lab, CBTF has pro-
rederic Rickles, Esq., . . . . . ..
JEE— vided the investment needed to launch a project in an area of high clinical
Alicia Gonzalez need, yet few available resources to obtain pre-clinical data. We have now
(C:amden \X‘S‘:;na“ i used this funding and foundational research to apply for additional resources
ommunity kepresentatives . .
Ali-Gator, Jarrod Aucoin through the National Institutes of Health.
BeAMYazing .
Run with the Saints gzﬁgﬁ: I\II’(;EZ;nM\é A
%:zg (ézllllzlﬁ‘::l’ ?;( Andrew Schoenfeld, CA The Childhood Brain Tumor Foundation is
s DzFeis FL Michael Schoenfeld, DC a sponsor for the 19th International Sym-
Lydia DeFeis, FL D S posium on Pediatric Neuro-Oncology.
i ’ Brittany Truitt, FL 4
Killeen Family NJ C.“ d"“% ?t‘i‘ . Meeting to be held, June 21 to June 24,
Alyssa/Danielle Lyon  -270¥ T - 2020 in Karuizawa, Nagono, Japan
Cady Lyon, MD ]Elmda %V Tlcxlrnlir, uT 5 5 .
ancy Ward, . L. . .
g::iA];‘é‘;d’I\Ing Susag M. Young, MD As always the ISPNO brings together clinicians, researchers, allied health professionals,
’ and experts.

If you are interested in learning more about the Childhood Brain Tumor Foundation, Inc.,
Please contact: E-MAIL: cbtfi@childhoodbraintumor.org or jeanneyoung@childhoodbraintumor.org (E-mail preferred due to high volume of robo-calls)
TELEPHONE: 877-217-4166 or 301-515-2900
Volunteers welcome!
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over the years. Jeanne commented on the honorees heartfelt dedication to the cause.

Citations were presented to all honorees by Maryland State Senator Brian Feldman from his of-
fice and U.S. Senator Chris Van Hollen’s office. Honorees included medical professionals from
Children’s National Hospital: Kristina Hardy, Ph.D., Eugene Hwang, M.D., Lindsay Kilburn,
M.D., and Karin Walsh, Psy.D. Honorees are carefully selected each year allowing CBTF and its
Advisory Board to show appreciation to many deserving individuals. Dedicated to caring for chil-
dren with brain tumors, Drs. Hardy, Hwang, Kilburn, and
Walsh are invaluable assets to the Foundation. They have gen-

erously given their time to support our Family Retreat/Conference Day events by sharing

knowledge, information, and updates, and Drs. Hwang and Kilburn voluntarily provide

support to CBTF by participating as scientific advisors.

Principal Edward Owusu from Clarksburg are High School accepted senatorial citations

and a citation from Governor Larry Hogan in recognition of the school’s contributions to

the Dance Marathon and other activities in memory of Samuel Moore. In addition, three

teachers, Jessica and Dave Douglass, and Christina Trumbull were recognized for an event Jess and Dave founded in 2013in
memory of student Samuel Moore who lost his battle to a brain tumor. Christina has continued the event for several years.
They have taught students how to organize an event, raise funds, and to value in supporting charity. Sam’s dad, John Moore
spoke briefly to express his family’s appreciation of the Clarksburg team.

As the evening progressed, attendees enjoyed engaging in auction bidding wars, dancing to live music from Steve Young’s
band, and playing casino games with our entertaining dealers. We hope you will us join us next year! Due to a date conflict, it
is possible the event will take place earlier in November or the first weekend in December. Stay tuned!

Please support the Childhood Brain Tumor Foundation
Visit our GIVE ONLINE donation button:
https.//www.givedirect.org/donate/?cid=1605

Be part of the solution in helping fund vital research initiatives cure childhood brain tumors!

CBTF Advisors Roger and Bashi Packer

Clarksburg High School Coach Jimmy Rizzo

Ella Day Kristina Hardy

Eugene Hwang

Kathy Triebwasser
Dave and Jessica Douglass Lindsey Kilburn Christina Trumbull

Jackson Dundon Karin Walsh




New Funding Summary

The Roles of O-GIcNAcyulation in the Hedgehog Pathway in Medulloblastoma
Huadong Pei, Ph.D., The George Washington University

Medulloblastoma is the most common and aggressive type of brain tumor in children. It originates in the back part of the
brain called the cerebellum. In up to 1/3 of cases, it can spread to other parts of the brain and spinal cord. Most cases are
diagnosed before age 10. Perturbation of the Hedgehog (HH) pathway and activation of glioma-associated oncogene
(GLI), a dedicated transcription factor in the HH pathway, is responsible for approximately 30% of medulloblastoma.
However, incomplete understanding of HH signaling activation represents a significant challenge to designing more effec-
tive and personalized treatment for HH-dependent medulloblastoma. The proposed project has the potential to improve
public health by elucidating the novel role of O-GlcNAcylation in regulating GLI functions and HH pathway, which will
eventually lead to better diagnosis and treatment of medulloblastoma. Treatment for medulloblastoma usually includes
surgery followed by radiation or chemotherapy, or both. The proposed work will utilize laboratory-based science to ad-
vance strategies for overcoming radiochemoresistance in medulloblastoma.

First-Year Funding Summary going into the second-year

Targeting H3.3 mutations in pediatric HGG
Brendan D. Price, Ph.D. , Dana-Farber Cancer Institute
Department of Radiation Oncology

Pediatric high-grade gliomas (pHGG) have few treatment options and most children diagnosed only survive for 1-2 years.
Identifying new treatments is therefore of the highest priority. Work in the lab is focused on understanding how these brain
tumors arise, with the aim of developing new treatments. Pediatric gliomas frequently have mutations in one of the pro-
teins which package the DNA in the cell. This protein, called histone H3.3, plays a very important role in controlling how
DNA functions. In pediatric brain tumors, we have found that mutation of a single amino-acid (glycine 34) in H3.3 (called
H3.3G34R) blocks one of the cell’s DNA repair pathways. This loss of DNA repair has a cascade effect, leading to further
genetic changes which ultimately lead to tumor development. However, this makes H3.3G34R pediatric gliomas depend-
ent on other DNA repair pathways to survive. This dependence on a sub-set of DNA repair pathways represents an
“achilles heel” which we can exploit to develop new targeted therapies for this disease.

One of the challenges in our work is that there are few cell lines available which we can use to study this disease. Funding
from the Childhood Brain Tumor Foundation has allowed us to create cell lines expressing tumor derived mutations in
histone H3.3. To achieve this, we have used the new genome engineering method, called CRISPR, to insert point muta-
tions in histone H3.3 which are the same as those found in pediatric patients. This has allowed us to generate paired cell
lines which are either normal or mutated for histone H3.3. We are using these cell lines to identify the key DNA repair
pathway which is inactivated in pHGG with the H3.3G34R mutation. With support from the Childhood Brain Tumor
Foundation, we are carrying a small screen for potential new drugs which can specifically kill these tumor cells. By under-
standing how these mutations contribute to altered DNA repair in pHGG, we can develop new approaches to treat this in-
tractable disease. (continued on page 5)

Thank you so much!

FD Associates, Inc.
Roger and Bashi Packer
John Paul 1l School

Recent Events
2019 Casino Gala

CBTF Sponsorship:

2020 -19th International Symposium on Pediatric Neuro-
Oncology

2019-2020 Society for Neuro-Oncology International

Upcoming Events

Family Day
Education and Updates: Childhood Brain Tumors
Saturday, Spring 2020

CBTF Party 2020
TBD Glenview Mansion, Rockville

Annual Superheroes 5K and Kids Run—Sligo Creek Pkwy
Spring, Sunday, April 19, 2020 (registration to open on the

Potomac River Running website)
(Contact us if you are interested in helping with any of our events)



Receptors (CARs) for DIPG works in Diffuse Intrinsic Pontine Glioma
Carl D. Novina, M.D., Ph.D.

Daniel W. Lee, MD "
University of Virginia Cancer Center Charlottesville Dana-Farber Cancer Institute (first of two-years)
(one-year study) “The central organizing idea of biology (dogma) is that DNA (the blue-

print of a cell), makes RNA (a messenger of information contained in

Dr. Lee and his lab set out to develop a brand new tool to effectively . DNA) which in t k tei hich t the activiti
treat children with DIPG. Using Chimeric Antigen Receptor (CAR) ofea c ell).) which in turn makes proteins (which carry out the activities

T cells, a therapy he helped pioneer in children with refractory leu-
kemia, Dr. Lee’s lab designed, built, and implemented a new CAR T Whereas most scientists and physicians study changes in the genes
cell therapy that rapidly and effectively kills multiple types of DIPG which make proteins, the Novina laboratory is studying a special class
tumors in the culture dish as well as in mice with human DIPG tu-  of genes which only make RNAs but do not make proteins. These long
mors in their brains. Importantly, the cured mice do not exhibit any non-coding RNAs (a.k.a. IncRNAs) were only recently described and
side effects including neurologic effects. very little is understood about how they work. The Novina laboratory
has developed a novel platform to identify which proteins bind to dis-
They are on the verge of publishing this data, which is only possible ease-relevant IncRNAs. Many IncRNAs frequently alter the activity of
through the help and funding by the generous donors to the the proteins that are bound to them. The Novina laboratory was funded
Childhood Brain Tumor Foundation. Dr. Lee aims to open a clinical by the Childhood Brain Tumor Foundation to identify how IncRNAs
trial of this new CAR T cell therapy for DIPG at the University of  are altered function in Diffuse Intrinsic Pontine Glioma. Dr. Novina
Vilfginia u's'ing a new, recently opened clinical-grade cell manufac-  hopes that this work will significantly advance the field of IncRNA
turing facility. biology and accelerate the development of RNA-directed therapeutics.”

A Novel Mechanism and Immediately-Translatable Targeted Therapy Group 3 MB
First-year Children’s National, DC; Second-year University of Maryland, Baltimore
Yin Wang, Ph.D. (two-year study)

Dr. Wang’s group has made significant progress for their project, “A Novel Mechanism and Immediately-Translatable Targeted-Therapy
for Group 3 Medulloblastoma”. Their completed studies have demonstrated that HIF1a is a driver for infant Group 3 medulloblastoma
(G3MB) by reciprocal positive regulation with MYC. They found that HIF 1 o enhances MYC expression through transcriptional and post-
transcriptional mechanisms. In turn, MY C enhances HIF 1a stability via inhibiting the E3 ligase VHL, which otherwise targets HIF1a for
proteasome-mediated degradation. Thus, targeting HIF 1o, with liposomal echinomycin, an HIF 1 a specific inhibitor, efficiently dampens
the oncogenic drivers, HIF1a and MYC, thereby effectively restraining primary G3MB growth and significantly extending the survival of
mice xenografted with primary G3MB. Dr. Wang’s group is currently conducting studies to demonstrate the preclinical efficacy of lipo-
somal echinomycin in G3MB mouse models. They have analyzed the dose response of PDX-F211, Icb-1299, and Icb-1459 primary cells
to liposomal echinomycin ir vitro and in vivo, and found that these cells are very sensitive to the drug. Furthermore, they are optimizing
the liposomal formulation to include targeting ligand for selective uptake by brain tumor cells and thus maximize therapeutic index for
pediatric therapeutic applications in infantile G3MB. They have tested the improved brain tumor-specific liposomal echinomycin in mice
bearing PDX-F211 xenografts and found that the new formulation further increased survival rates compared to the prior formulation.

The Childhood Brain Tumor Foundation is dedicated to funding HELPFUL RESOURCE LINKS
research for all pediatric brain tumor types. Thoughts Can Fuel Some Deadly Brain Cancers (paper in
Please contact us if you have any questions: Cell), Michelle Monje

“The discovery of a link between tumor growth and brain activity
"has opened up a window into potential
therapeutic interventions,” says Bachelor

chtf@childhoodbraintumor.org ) . )
. . Follow the link for more information:
To make a donation to our cause, visit our secure web- http://www.npr.org/blogs/health/2015/04/23/401723235/
site: www.childhoodbraintumor.org &% thoughts-can-fuel-some-deadly-brain-cancers



(continued from page 6)

Repurposing low-dose quinolone metha-
nol derivatives as a novel treatment for pedi-
atric high grade gliomas (one-year)

Jian Teng, Ph.D., Massachusetts General

I want to take this opportunity to sincerely thank CBTF for
your funding to my proposal of using a subset of quinoline
methanol anti-malaria agents in killing pediatric brain cancer
cells. This funding helps us get one step closer to our goal.
With the funding from CBTF, I tested several mefloquine ana-
logs in cultured cells and in mouse models, and generated
enough preliminary results to initiate two important collabora-
tions, each with proposal to apply funding from NIH or DOD.

1. With Broad Institute at MIT, which can provide all the cut-
ting-edge technologies to support this project.

2. With the Walter Reed Army Institute of Research (WRAIR),
which is the original developer of mefloquine and they have
more than 300,000 analogs available and agreed to provide any
promising compounds for us to test in treating pediatric brain
cancers.

There are two easy ways to make a donation:

GIVE ONLINE: Visit our secure website:
www.childhoodbraintumor.org
Go to our Support page and click on the
Give2Charity button.
(Accepts Discover, MC,VISA, and AE).

BY CHECK: Made out to CBTF
Send to: CBTF
20312 Watkins Meadow Drive

Vehicle Donation Program

Powered By CBTF accepts vehicle donations. Help make a
.&\ . difference, donate online or call 877-999-8322
“~@,%.-0-  and designate the Childhood Brain Tumor

Vehicle Donations ~ Foundation as your charity of choice.

The service is totally free and includes convenient pick-up of your
car, truck, or RV anywhere in the U.S.

Stock Donations

If you would like to make a stock donation,
contact us: cbtf@childhoodbraintumor.org

Our treasurer will provide you with the
necessary details to proceed with your donation.
Thank you.

The Childhood Brain Tumor Foundation

Campaign donations
may be made for the
United Way (UW)
through the “donor
option” or “donor
choice.” Please check
with your employer in to 1
reference to UW

Thank you to our friends
who donated through
workplace charitable
giving campaigns this
year, inclusive of the
CFC, Maryland

The Childhood Brain Tumor Foundation,
friends and families are very appreciative of
your support. (National) CFC 12035

Charity Campaign and other independent
campaigns. Th

MD 20874 campaigns. The Childhood Brain Tumor Foundation partici-
Germantown, 087 pates in the Combined Federal Campaign (CFC)
THANK YOU FOR YOUR SUPPORT! Thank you donors! and Maryland Charities.

Check our Website in the late summer or fall for
our confirmed designated numbers. Check your
campaign pamphlet for our United Way number
or write us in.

Gift Matching Opportunities

Many companies offer a matching gifts program to
support charitable organizations.

Your human resources department can tell you if
such a program exists at your company. Ask them
about the form that can be sent to the Childhood
Brain Tumor Foundation reporting a contribution
(donation or event contribution). The form states
that they will match your contribution.

We return the form to the employer with the proper
acknowledgment and information required.
Our website: www.childhoodbraintumor.org



Fill Adleman
Michelle Antonio
Evelyn Auerbach

Ross Barash

Debbie Bell
Cameo Beauchesne
Franco Borello
Amy Boyle
Kelly Elizabeth Brosius

Kelley Christine Bula
Anderson Butzine

William Thomas Camut

Ryan Caspar
Laira Caverly
Betsy Anne Charkatz
Josetta Chiang
Faith Jade Cleveland
George Coleman
Geoffrey Cornman
Jack Cornman
Kayla Decharinte
Rose DeMartino
Henry Dolch
Anna Durkin
Dorotfry Durkin
Shawn Edwards

Enclosed is my contribution: §
Name of person (if applicable)

Cory Empens
Felix Fearon
Daniel Fiduccia
Jared Daniel Foreman
Michael Gallagher
Grant Galvin
Doyle Garrett
Herman Glaser
Elizabeth Carolyn Hahn
Ian Lennon Hahn
Kenneth Hahn
Katie Harris
Donald Hartman
Rebecca Hatef
David Hayes
Whitley Sue Hedger
Nolan Hoffman
John Russell Irvin
Jill Adlman Kelley
Paul Kenney
Kristen Kenzig
Alexx Kipp
Ricky Knight
Amy Kruppenbacher

Stephanie Kuhlman
Mason Leach
Francis and Wesley Lewis
Isadore Lieberman
Rebecca Lilly
Lauren Lockard
Michale Lopiano
Kally Lyn Kusaj
Emily Mau
Willard Maddox:
Emily Mau
Shamsa Mazara
Damion Christian McClendon
Christopher C. Miller
Samuel Moore
Robert McDermott
Macklin Ollayos
Helen Asynith Palmer
Emma Parker
Marilyn and Jerry Peacock,
Martin Pollinger
Kyle Pomerleau
Joshua Posner

Jessica Catherine Randall

Thank you for your support!
The Childhood Brain Tumor Foundation, Inc.

Form may be used for donations, to add or change your address for our

mailing list, or for information requests.

| Please send acknowledgement card to:

Emory Richmond

Aaralyn Isabella Rodriguez

Debbie Rosenbaum

Easton (The Beast) Roy

Lynda Santelli

Maya Krim Schwartz

Amy Schiller
Hunter Dean Scott
Ralph Axel Smyth

Lisa Soghomonian

Tyler Christopher SooHoo

Daniel Sussman

Kelly Elizabeth Sweeney

Michael Thomas
Daniel Trainer

Jaime Vanderheyden

Swetha Vasudevan

Matthew Wierzbicki

Mary Waugh
Kayla Wenger

Stephen Allen Wood

Josie Wynn
Felix Young
Kim Young
Michael Young
Ben Zell

Please select

type of donation:

: Z:(fjnei O In Honor of
ress:

: City/State/Zip: [J In Memory of

I Message:

I ] General

|

| Supporting [] General [ Research [ Education

| 20312 Watkins Meadow Drive
| Germantown, Maryland 20876

Please make checks payable to: Childhood Brain Tumor Foundation (CBTF)

Toll free: 877.217.4166
Telephone: 301.515.2900

I Master Card, VISA, and American Express donations for CBTF are accepted through our secure

I Give Online button on our Web site: www.childhoodbraintumor.org

Information request: (Email request or mail note bellow specific interests) or address change.

|
|
|
|
| Include your E-mail address and name/address:
|
|
|
kL
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