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Non Profit Org.

CONTACT US
917 Bethany Mountain Road
Cheshire, CT 06410
(203) 272-CURE (2873)

WEBSITE
www.cureGSD.org

E-MAIL
info@cureGSD.org

Mission Statement:

We are committed to funding
research so that children born
with GSDI will benefit from
early detection, treatment
and an eventual cure.
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Janice Y. Chou, Ph.D., NIH

Patients with glycogen storage disease
type la (GSD-la) lack the enzyme glucose-6-
phosphatase-a (G6Pase-a) in their liver.
All patients have problems controlling their
blood glucose levels while 70-80% of patients
over age 25 years also develop a long-term
complication called hepatocellular adenoma
(HCA). We are developing a gene therapy
to restore G6Pase-a enzyme activity in the
patient. To develop a safe and effective
method for doing this we have been working
with a mouse model of GSD-la. Our therapy
works by putting the G6Pase-a gene in a novel
virus-based vector, named rAAV-GPE-G6Pase.
A problem in gene therapy is to get the
introduced gene expressed in the right tissue
at the right level to restore normal function.
The key characteristic of our approach is that
we use the natural human G6Pase-a gene
control elements to control the G6Pase-a
gene. When introduced into the GSD-la mice
our virus delivers the gene to the liver, restores
their G6Pase-a activity in the liver, and
prevents the occurrence of HCA.

The G6Pase-a gene contains the sequence
of 3-letter codes that provide the genetic
information to produce the G6Pase-a enzyme.
Recent studies have shown that there are
ways to improve the 3-letter code to make it
more efficient in making the enzyme protein,
named “codon optimization”. We have used
this technique to optimize the expression of
the G6Pase-a gene and have initiated studies
to compare the efficacy of the normal and
optimized versions of the G6Pase-a gene. A
higher level of expression is expected to be
beneficialinclinicaltrials. The study consisted
of performing gene therapy on 2-week-old
GSD-la mice and monitoring the correction

of their disease over the next 8 to 10 weeks.
When examining the amount of G6Pase-a
expressed at 2 weeks after therapy, our results
showed that the optimized gene produced up
to 2.5-fold more G6Pase-a activity in the liver,
compared to the non-optimized gene. This
study is on-going but the preliminary data
suggest that the optimized gene is a leading
candidate for human clinical trials.

To test how long the effect of gene therapy
might last, we have done an extended study in
mice. We have shown that our therapy, when
given to young mice aged 2-4 weeks-old, can
last for at least 70 weeks in correcting for
the loss of G6Pase-« in the liver of GSD-la
mice and preventing the occurrence of HCA.
While this study shows that gene therapy can
prevent HCA formation in young mice, what
we still need to learn is if HCA already exists,
can our gene therapy stop its progress or
reverse its effects. This is important to know
as it will determine who might be eligible for
initial treatment when we get to the stage of
conducting aclinical trial. Recent studies have
shown that in a mouse where the G6Pase-a
gene has been inactivated only in the liver, the
mouse lives a lot longer than a mouse that has
had the gene inactivated in all its tissues. In
our previous experiments we have used the
latter mouse, and it has not been possible to
keep them alive long enough to develop HCA.
Recently, the liver-specific inactivated mice
have been shown to live long enough to develop
HCA. So we are now using this strain of mouse
to understand whether our gene therapy
can slow, stop, or even cure existing HCA.
Armed with this knowledge we will be ready
to start the final, important studies required
by FDA to allow us to initiate a clinical trial.

In Memory of Mendel

-

The GSD community lost a very special child on October 7, 2014. In Mendel’s memory, we must forge ahead, keeping him in
mind and all the other GSD children and families that this disease affects. Our foundation will continue to support the most
promising research for GSD-1 and as we do so, we will always have Mendel Cotlar in our memories.

On behalf of The Children’s Fund, we would like to express our deeepest condolences to the Cotlar family.

Mendel Cotlar (type 1a), a 13-year old boy from Houston Texas,

passed away October 7, 2014
following a severe overnight
hypoglycemic incident.

Only three weeks prior, he had
deeply inspired and impressed
the many in attendance at
his Bar Mitzvah celebration.
Mendel was  appreciated
by everyone who knew him
as possessing  exceptional
personality and character. In
his encounters with people of
any age, he exhibited genuine
warmth, cheerfulness and
enthusiasm. He would seek
out and try to provide others
with any kind of help they

needed. He also demonstrated a sincere sense of gratitude for
anything done for him and for the smallest things given to him.
Mendel’s GSD was just ‘background noise’ to him — his love of life
and optimism made it irrelevant and almost unnoticeable. He loved
exploring and reading, playing with his eclectus parrot, discovering

Mendel Cotlar surrounded by his family

new technology, and taking care of his baby brother.

Mendel is survived by a large and loving family: parents, Daniel

Daniel and Eta thank the GSD community, their Houston community,

and countless friends and even
strangers around the globe, who
prayed for Mendel’s recovery and
did good deeds in his honor.

They are also grateful for the
Pournazarian and Seigel Families
of “The Chocolate Bar Book”,
who came to visit Mendel in the
hospital, and for the board of The
Children’s Fund for GSD Research
sending food for the family during
the holiday of Sukkos.

To honor Mendel’s life consider
doing a Mitzvah (good deed)
in his memory, here are
some good ideas:

- say Modeh Ani each morning

- give charity to organizations close to Mendel’s heart
such as The Children’s Fund for GSD Research
or Aishelhouse.org

Go to MitzvahforMendel.org to download a Modeh Ani card and see a

and Eta Cotlar, brothers Nosson and Aryeh (type 1a), and sister

Chani, grandparents Dr. David and Bayla Cotlar of Houston and
Dr. Henry and Chaya Smukler of Toronto, many aunts, uncles and
cousins in Houston, Toronto, Boston, North Carolina and Melbourne
with whom he was unusually close.

clip from Mendel’s Bar Mitzvah speech.

Daniel and Eta will be donating Mendel’s Bar Mitzvah gift money to
The Children’s Fund for GSD Research. “Mendel would have wanted
that. We made a promise to Mendel that we would find a cure for

Aryeh. We intend to do whatever we can to keep our promise.”




Our History =

The Children’s Fund for Glycogen Storage Disease
Research was founded in April 2002 by families of
children with GSD1a who wanted to make a difference.
At that time there was very little support for someone
with GSD1a and no research being done. Since then,
our foundation has grown as more families have joined
together, all with the common goal of curing GSD.
We are now the world’s leading GSD1 organization,
dedicated to funding research so that children born
with GSD1 will benefit from early detection, treatment
and an eventual cure.

In an effort to minimize expenses and maximize the
funds available for research, The Children’s Fund for
GSD Research is managed solely by volunteers. Our
Board of Directors is made up of parents and relatives
of children with GSD1a and all fundraising is done
on a 100% volunteer basis. Each grant submitted
Is reviewed by a Scientific Advisory Board made up
of leading physicians and scientists with extensive
knowledge of Glycogen Storage Disease. Their reports
are submitted to the Board of Directors for review to
insure the most beneficial use of our funds.

Since 2002, we have raised over $6.5M and granted
almost all of this to support over 40 research studies.

Aryeh Cotlar

Samantha Hodes

The results from these studies were instrumental
in curing GSD1a in mice and dogs; FDA approval of
Glycosade (superstarch); adding GSD to the genetic
testing panel; preventing and treating adenomas; and
securing a large pharmaceutical company to fund
human gene therapy trials expected to commence in
2016.

Since GSD is an orphan disease, The Children’s Fund
receives no federal funding. All money raised is
through fundraisers organized by families and friends
of the foundation. Our Board of Directors hosts two
events each year, a Super Bowl Raffle and an Annual
GSD Gala in South Florida. These, along with the many
events that take place around the country throughout
the year (golf/tennis/basketball tournaments, cocktail
parties, BBQs, wine tastings, road races, concerts,
garage sales, etc.) allow us to fund the research that
will eventually lead to a cure for GSD1. We encourage
you to get involved.

To learn more about The Children’s Fund for Glycogen
Storage Disease Research and how you can help,
please visit us at curegsd.org.
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Adam Julius
Katie Hodes

By Jennifer Roias

{  Kylie's Wish was
created for my
six year old cous-
in Kylie who suf-
fers from GSD.
One night | went
to visit Kylie and
her mother asked
her “What is the
first thing you will
want to do when a cure is found for GSD?”
Kylie replied with “eat chocolate cake.” The
innocence in her answer broke my heart,
especially when most of us take such small
things for granted. Watching my aunt and
uncle follow a schedule for many years, and
suffering through many medical emergen-
cies, | decided that there had to be some-
thing | could do to help. Hosting a charity
event for Glycogen Storage Disease was a
great way to raise awareness and shine
light on the daily challenges of the suffer-
ing families. Kylie created a birthday wish
list around the same time | had decided to
create an event. Her list included wanting
a cure for GSD, which is where the charity
name originated “Kylie's Wish”.

Kylie Belliveau and
Dr. David Weinstein

The event took place in Toronto, Ontario on
August 2" at Screen Lounge, a beautiful
roof top patio located in the heart of
downtown Toronto. Our guests were able to
enjoy desserts hand made and donated by
“Cakes by Mickey,” appetizers specifically
created for Kylies wish cooked and donated
by the owners of ‘Screen Lounge’. We also
had a wonderful photo booth provided by
‘Totally Creative Photo Booths’ used for
entertainment of our guests, which included
dozens of hilarious props. The popcorn booth
was also a huge success for the children as
they got to enjoy their popcorn with any of
their favorite flavor shakers or sweet treats.
Complimentary wine was available through
the night as our guests mingled, enjoyed
the DJ entertainment and our signature
cocktails. On the main floor of the venue we
had our auction items on display, with an
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amazing selection of items ranging from
Ipad minis, beautiful dishware, remarkable
handmade oil paintings and much more.
Kylie's mother Grimalda and other friends
and family worked very hard to collect each
item, and their help was greatly appreciated.

The most special part of the evening was
when Kylie and her family got to meet their
hero for the first time, Dr. David Weinstein.
Having Dr. Weinstein travel all the way from
Florida was truly a special surprise and
greatly appreciated. He greeted Kylie with
some of her favorite toys and became ac-
quainted with her parents, a moment that
[ am sure they will remember forever. The
evening came to an end with our speeches,
and Dr. Weinstein educated our guests on
the importance of GSD research and his ap-
preciation towards the guests who attended.
Kylie decided she wanted to take the mike
and shocked our guests with an amazingly
touching speech that left everyone in tears.
Kylie’s speech left an impact that motivated
everyone to bid on every item and make very
charitable donations that led to a very suc-
cessful event.

Kylie’s Wish was a huge success and | could
not have done it without the help of my
friends and family. It was truly an experience
that | will remember for the rest of my life.
We were able to raise just over $20,000 for
GSD research. | would like to thank every
guest who took the time to attend as well as
make generous donations. You have all truly
helped Kylie and other families come closer
to their wish for a cure.

Kylie's Family

: Andrew
Salky’s

Bar Mitzvah
Projeet

Andrew Salky became a bar mitzvah on January 25,
2014. As part of his mitzvah project, Andrew wrote
a letter to his family and friends telling them about
GSD. Andrew learned about GSD when his close
family friend, Jamie Gussin, was diagnosed in 2012.
Andrew raised over $5,000 and we can't thank you
enough for your support, kindness and generosity!

: Congratulations
| to Rylee Graham

k=% who lives with GSD1A, for
being one of our Super
Bowl! Box Winners!!

| it

Thank you to you and your family for all that you do
for The Children’s Fund.

Reeession-Busting
Charity Event

Karen Gordon and Jeanne Muchnick

Larchmont, NY-based Jeanne Muchnick admits
she hates asking people for money. Yet more
than anything she wants a cure for GSD. The
result? She asked everyone she knew (and even
those she didn’t) to come to a “Recession-Bust-
ing Charity Event” on April 4, 2014 to benefit
GSD Research. There was no entry fee to attend
and free wine and assorted hors d’oeuvres were
served.

How she managed to raise close to $7,000 that
evening? An impassioned speech telling the
hard truths and highs and lows of having a child
with GSD (her 22-year-old daughter spent part
of last year studying in London and traveling
Europe!). That -- plus great silent auction items
she was able to gather from her local commu-
nity. It helped tremendously that Karen Gordon,
fellow Westchesterite and GSD mom (and fund-
raiser extraordinaire in her own right) attended
and brought many of her Northern Westchester
friends. “I truly felt the love in the room,” said
Jeanne. “l would have been happy raising $500
that night. Every little bit counts which is what
| always tell people. The fact that so many rose
to the occasion only made me feel the support
more.”
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A nght at the ])erby

The 8th Annual GSD Gala, A Night at successful to date. We were honored
the Derby, took place on April 26, 2014  to have Dr. Weinstein in attendance,
in Weston, Florida. Over 400 people and the attendees were excited to hear
were in attendance and it was truly an  him speak about his ongoing research
inspiring night. Guests wore their best and progress towards a cure. It was
derby attire and got excited over three a moving, meaningful and inspiring
horse races throughout the evening. evening and we are pleased that the
The evening featured mint juleps, money raised is being used to support
southern fare, an exciting live auction research bringing us closer towards
and outstanding silent auction that human clinical trials with the FDA.
made this year's event the most

y/4

Zaek & Jake s Basketball Tournament for GSD

s s Our 2nd basketball tournament to raise money for GSD had an

P amazing turnout. It was held on June 7th, 2014, and we were
fortunate to have a lot of support from Zack & Jake’s friends. They
all came out to play in the 8th grade basketball tournament in
support of GSD. We had a great deal of support from many local
stores and vendors in Westchester who gave us food for the night
and items to raffle off in the auction. It was a fun filled night with
great basketball, a silent auction and a raffle auction. We reached
our goal and raised $12,000 for GSD funding and research. We are
grateful for all the support we have received!

Thank You to
Ed and Corinne Rennie

for making an extremely generous donation to our
foundation in honor of Justin Bagin

Christa’s 40th Birthday

Happy Birthday to Christa Gurka and a big "thank you" from The Children's Fund for
asking your party guests to make donations to our foundation in lieu of birthday gifts.
We are so lucky to have friends and supporters like you!

A Thank You From Jonah Feldman

Thank you to everyone who contributed to The Children’s Fund
for GSD Research for my Bar Mitzvah. We raised over $40,000
on November 8, 2014! My family and | really appreciate all of
the love and support you have given us over the past 13 years.
We couldn’t have done this without you.

Love,
Jonah Feldman

Congratulations to Kelly Moran and
her husband Steve of Greenwood, CO,
who were the Super Bowl raffle win-
ners. There were 688 tickets sold, and
with matching gifts, over $70,000 was
raised.

Thank you to the
Reed family for
running this raffle
in honor of Anna.

Carla Rides
for GSD

On May 3, 2015, Carla, friend of
the Reed family, embarked on a
5-Boro Bike Tour to benefit The
Children’s Fund for GSD Research.
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Title Sponsor

On April 25, 2015, The Children's Fund for
GSD Research hosted its 9th annual gala at
the Design Centers of the Americas (DCOTA
building) in Dania Beach, Florida. This year's
theme, "Unmask the Magic" featured a world
renowned magician who wowed the crowd
throughout the evening with his close up
magic and mentalism. Close to 400 attendees
donned their most elaborate masks in support
of The Children's Fund's tireless dedication
towards funding promising research in an
effort to cure GSDla. Most notably, this
year's event was the most successful event
to date, thanks to the many sponsors and
guests who return to support our cause
year after year, and to the new faces that
are passionate about what The Children's
Fund is all about! We excitedly announced
Dimension Therapeutics' involvement in
helping with human clinical trials, and all who
attended were inspired by the progress that a
foundation of our size, with limited reach, has
achieved. "Unmask the Magic", co-hosted by
Lisa Hodes and Meredith Gussin, proved to be
a memorable, exciting and inspiring evening!
Evenings such as this infuse more passion
and dedication in all of us at The Children's
Fund and we are beyond thankful to all who
attended and helped make the night such a
success!




