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2008 RESEARCH
INITIATIVE GRANTS
Co-Investigators: Angela Gritti, Ph.D.
and Alessandra Biffi, Ph.D., San Raffaele
Telethon Institute — Milan, Italy

Study: Evaluation of Combined
Approaches Using Hematopoietic and
Neural Stem Cells for the Treatment

of Globoid Cell Leukodystrophy.

Investigator: Stephanos Kyrkanides,
Ph.D., Stony Brook University —

- Stony Brook, New York

‘Study: Retrograde Transfer of
Therapeutic Vectors Enabled by

the Trigeminal Sensory System.

BENEFACTOR HIGHLIGHT

The work of the Tay-Sachs Gene
Therapy Consortium became a reality

in part due to the diligent and passionate
work of Sophia Pesotchinsky. Sophia’s 35

year-old daughter, Vera, has Late Onset

Tay-Sachs and exemplifies perseverance

through her determination to be inde-
pendent and active. Sophia has served
as Chair of the Oversight Committee of

‘the Consortium since its beginning, and

tirelessly rallies support to raise funds
for research.

To support this and other research
Initiatives, visit www.NTSAD,org to
make a gift directed to the NTSAD
Research Initiative.

Research Updates

NTSAD continues to promote hope through the work of the Research Initiative.

Since 2002, over $1 million has been raised to fund researchers at leading

institutions who are working to solve the mysteries of these diseases. The stage

is set to accelerate our capacity to fund future ground-breaking research and

get closer to a cure.

Recent projects funded by NTSAD’s Research Initiative

Tay-Sachs Gene Therapy Consortium

An international group of scientists formed
the Tay-Sachs Gene Therapy Consortium in
2007 with the goal to develop a gene therapy
treatment for Tay-Sachs disease and Sand-
hoff disease. Key achievements include the
identification of an effective gene delivery
system to the brain in mice and cats that is
also likely to work in humans. Preliminary
studies in affected cats showed promising
results with a 60% increase in lifespan
compared to untreated cats.

Preclinical Research toward

Canavan Disease Therapy

Aryan Namboodiri, Ph.D., from the
Uniformed Services University of Health
Sciences in Bethesda, MD, completed his
study, “Preclinical Research toward Acetate
Supplementation Therapy for Canavan
Disease.” The theory is that Canavan disease
affects the myelin which protects the nerves
in the brain because of a lack of acetate.

This therapeutic approach would provide
the missing acetate in the form of an oral
supplement. The study was successful in
animal models and paves the way for a
Phase I clinical trial in children.

Stem Cell Therapy for Sandhoff Disease
A breakthrough paper on how stem cells
can benefit mice with Sandhoff disease
was published in Nature Medicine. This
was an international collaboration led

by Evan Snyder, M.D,, Ph.D., and spear-
headed by a member of his lab, Jean-Pyo
Lee, Ph.D. of the Burnham Institute for
Medical Research (CA). Stem cell therapy
significantly prolonged life and increased
functioning level in mice with Sandhoff
disease. The research team plans to meet
with the Food and Drug Administration
(FDA) to discuss a human clinical trial in
infantile Tay-Sachs disease.

To read more and stay current on updates,
visit www.NTSAD.org.



& ARE AND SUPPORT

_ NTSAD offers a variety of

' services for families and
individuals to help them access
resources and find support among
an extended community of care.
Services include membership in the
International Peer Support Group
(PSG) Network, the quarterly “Life-
line” newsletter, our Annual Family
Conference, and access to a range
of assistance and resources.

Our Annual Family Conference
provides families respite from their
often isolating experiences in their
own communities. Members attend
sessions addressing issues from
symptom management to the latest
updates on research and therapeutic
approaches. The 2008 conference
attracted 215 attendees including
20 affected children and 23 first-time
attendees. Over $40,000 in Helping
Hands Grants provided assistance
for 40% of the attendees, allowing
them to attend the conference when
they may not have been able to

do so due to economic challenges.
Grants are funded through the
generosity of individual donors.

NTSAD fields calls daily from parents
trying to learn more, couples seeking
carrier testing, and scientists pursu-
ing research. Approximately 1/3 of
the inquiries are from overseas —

from a range of countries including
Afghanistan, China and Columbia.
Our community has truly become
worldwide.

NTSAD-Joining Together as a Family

NTSAD had an exciting and eventful year.
We remain focused on the three pillars of our mission:

» leading the fight to prevent, treat and cure Tay-Sachs,
Canavan and related genetic diseases;

* supporting families and individuals affected with these
diseases and funding research;

e building awareness for screening and prevention.

Our research initiatives continue to generate more pieces to the puzzle of
these diseases, and bring us closer to a cure. OQur programs continue to grow
and help more of our families and local communities. Through our programs
and local events, we continue to extend our “family,” encourage grassroots
support, and raise additional funds — all focused on achieving our vision —

a wotld free of these diseases.

Over the past 50 years, NTSAD has continued to help affected individuals

and families lead life to the fullest while pursuing prevention, treatment and
cures for these devastating diseases. As a 501(c)(3) organization, we depend
on grants and donations to support our work. Join our family and make our

vision come true.

Elise’s Birthday Party —
A Big Day for
the NTSAD Family!

On February 7, 2009, Elise, who suffers
from Tay-Sachs disease, celebrated her sixth
birthday. Her parents, Laurie & John, joined
, NTSAD in 2004 after they learned of her
diagnosis. Through our Peer Support Group they immediately connected with
other families — families they stay in touch with throughout the year and see at
the NTSAD Annual Family Conference.

These connections express the often-heard sentiment about the NTSAD family -
“You would never choose to be a part of this family, but you can’t
imagine being without them.”

To learn more, become a member, or donate, go to www.NTSAD.org.



Honoring Loved Ones Through Action

NTSAD was formed in 1957 by a small group of parents of children with
Tay-Sachs disease or a related genetic disorder. This grassroots spirit forms

the core of NTSAD and extends through our members, their families and their
communities. To help people spread the word and generate support locally,
NTSAD offers members custom packages to help plan events of all sizes. Events
are held in honor of loved ones who valiantly faced or are facing a rare genetic
disease, and serve to raise awareness, share stories, provide support, and raise

money. Over half a dozen events took place on a local level last year.
SEPTEMBER NAMED

INAL TAY-SACHS
EATE(ENAL Yﬁ}\{ Uﬁ:&H&’ NTSAD hosted a lively wine and beer tast-
AWAREE% ESS g}‘% Ciﬁﬂ H ing event in Boston at Genzyme Center in
THANKS TO GRASSROOTS November 2008. Thanks to the generosity

CAMPAIGN of Genzyme, our sponsors, our many guests,

Boston Fundraiser

and generous auction donors, NTSAD
raised over $20,000. Speakers included:
Edwrard Kaye, M.D., Group Vice President,
Clinical Research at Genzyme and NTSAD
member Judy Kaplan (in the middle below

; with husband Gary) whose 37-year-old
Tay-Sachs Foundation. The group daughter, Linda, wrestles with the daily Honoring PJ

challenged members to call upon challenges of having Late Onset Tay-Sachs.  Jay Arbogast (far right) and the team at
their governors to join this unique Peet’s Coffee in San Ramon, CA. The
bandwagon. Twenty states from ' group raised over $2,000 for NTSAD
Arizona to Pennsylvania signed and raised awareness in honor of PJ,
on last year. The next challenge Jay and Nikki Arbogast’s daughter who
is to get all 50 states to sign Tay- succumbed to Tay-Sachs disease in 2006.

Sachs Awareness proclamations.
To help with this effort, contact the
national office at 800.90.NTSAD
or info@ntsad.org

The Senate and the House passed
a resolution declaring September
as National Tay-Sachs Awareness
Month, thanks to a grassroots
campaign led by our affiliate, Cure

Revenues for 2008 rose Member & Chapter dues 1% Fundraising 6%
63% over the previous year Interest Income 1% Contributions 9%
to reach $861,399! Funding P | Foundations/ ST—— iy S 315
for the Research Initiative, y Corparatians =4 Advoczcy 3%
including the Tay-Sachs // | //\
Gene Therapy Consorti Special Events
. & — Research Lt & Gifts 13%
project, made up the Initiative 44% s
majority of the increase. ] 77— Inkind Donations 1%
Proceeds from Special \ : >/~ Quality Control Research 42%
Events also contributed : Fees 5% Education11%
to this significant upswing. Family Fuinds 2% Annual Conference 16%

Total Revenues = $861,339 Total Expenses = $748,325



NATIONAL TAY-SACHS & ALLIED DISEASES ASSOCIATION FAMILY OF SUPPORTERS

We are extremely grateful, especially during these challenging economic times, for the thousands of donors who

made gifts to NTSAD, large and small. Due to space limitations, only donors who gave $150 or more between

January 1, 2008 and Decembher 31, 2008 can be recognhized here.

$20,000 and above

Bain Capital Children's Charity

*Cure Tay-Sachs Foundation

*Cameron & Hayden Lord
Foundation

*NTSAD-New York Area Chapter

*Sophia Pesotchinsky

*Mathew Forbes Romer
Foundation

$5,000 to $19,999
Wendy & Chris Baker
Lewis Campbell
Irene & Sherman Dreiseszun Foundation
Elaine Friesler
Genzyme Corporation
Helmle-Shaw Foundation
*Harry Hoffman Fund
*LOTS Research & Education Foundation
Kerri & Tim Rochman
The Sidney, Milton & Leoma
Simon Foundation
Textron Charitable Trust
*Evan Ungerleider Fund
Harry and Louise L. Vicksman Trust

$1,000 to $4,999

Stewart & Laurie Altman

Amicus Therapeutics

Robert & Joan Armow

Automated Collection Control

Julie & Ken Bihn

Arthur Brunwasser

Nadia & Bradley Campbell

Lynda & Richard Cooper

Lisa & Alan Davis

Maureen Dillon

Judith & Harry Ellensweig

Monica & Gary Gettleman

Sam and Marion Golden
Helping Hand Foundation

Judith Gottlieb

Sally & Gil Gradinger

Elliott Greenberg

Peter Harrington

Ann & John lannuccillo

Karla & Ken Jones

Bette & Lawrence Kahn

Morris J. & Betty Kaplun Foundation

Susan & Thomas Keyes

Michelle Latessa

Erika & Kevin Levine

Ellen & Harry Levitt

Nicole & David Luce

Dylan James Manning Foundation

Oralea & Rod Marquardt

Merrill Lynch & Co. Foundation

PASCO

Putnam Assaciates, Inc.

Lee & Barry Rosenberg

Yvonne & Barry Sacks

Jennifer & Al Sanchez

Judith Spielman

Sterling Heights Fire Fighters Charities

Laurie & John ten Berge

United Synagogue of Conservative Judaism

Lisa & Ron Wells

Nancy & Jeremy Wheaton

$150 to $999

Diane & Mark Abel
Merle Adelman

Jane & Paul Ades
Janice Adler

Pamela & William Albin
Jay Allschwang

Kimberly & Gregg Alwine
Amgen Foundation

Oved Amitay

Amy & Bryce Anderson

Margaret & Jay Andrews

Stephanie & Timothy Andrews

Karen & Jeff Arbetter

Nikki & Jarrett Arbogast

Archer Associates, Inc.

Geila & Martin Aronson

Risa & Arthur Asnen

Joan Awe

BAE Employee Community Fund

Lee-Ann & Barry Baxmeyer

Deborah & Joel Beeders

Michael Berenhaus

Ross Berman

Wendy & Carlos Berner

Pat Bermnhardt

Jolene & Mark Binkley

Elsie & Sheldon Bitkower

Rena & Howard Blau

Wendy Blouin

Evangeline & Charles Boos

Ingrid Bowman & Ruben Suarez

Harriet Siegel Boxer

Claire & Jerome Bradley

Brazil Café

Brenda & Bill Breedon

Brinker International

Judi & John Brosnan

Brotherhood Credit Union

Aileen & Edward Burdick

Patricia Butler

Charlotte Cairns

Paula & Robbie Caims

Care Pages, Inc.

Donna & Rick Castino

Nancy & Bill Cavanaugh

Gena & Dale Chandler

Debra Cicchelli

Cohen Hillel Academy

Cindy & Ed Cohen

Susan Cotman

Bonnie & Barry Davis

Michelle & Brian Davis

Debbie De Pinto

Catherine Dillon

Dononhue, Kretz & Garabrant

Joann & David Drucker

Deb Dugan

Kim Effron

Kathleen & Jerit Ekama

Sherri & Ken Epstein

Lisa & Robert Evans

EW. Russell & Sons

Jeff Feingold

Nicele & Eric Fier

Sharon & Matt Fishbein

Kathryn & Anson Flake

Deborah & Jody Fournier

Kim & Christopher Foy

Bobbi & Barry Freedman

Diana & Grigory Frenkel

Ruth & Harvey Gelfenbein
Charitable Foundation

Jennifer & Allen Gerber

Jayne & Bruce Gershkowitz

Diane & Harold Gershowitz

Dana & Gary Gold

The Goldberg Foundation

Joanne & David Goldsmith

Perri & John Gordon

Paula & Jerome Gottesman

Judith Grampp

Patricia & Peter Gravallese

Eric Green

Debbie & Dan Greenberg

Don Greenblatt

Sheldon Greenholz

Sunghee & George Greenslade
Mary & E. Bosworth Grier, Jr.
Le Hammer

Keith Hartman

Hercules Press

Crystal Hermann

Laura & Henry Heyser

Hide & Seek Foundation
Shari Hiers

Jodi Hoffman & Amir Karger
Sharon & Steven Hoffman
Desiree & Carl Hopf

Manita & Debasish Hota
Robert Howard

Rebecca Huggins

Bryan Hughes

Brenda Ineson

IDR Charitable Foundation
Debra & John Jarratt

Jewish Federation of New Hampshire
Jewish Federation of Tulsa
Michael Kaback

Susan Kahn & Dan Kirschner
Annette & Stanley Kallenbach
Meryl Kallish

Judy & Gary Kaplan

Jordan Karp

Betty Katz

N.C. Kauls

Sharon Marie Kaus

Peter Kennealey

Abbe & Larry Kerr

Stacy & Gary Klein

Martha & Ronald Kleinman
Karen & Robert Klock

David Kopilow

Ruth Ann & David Koval
Raobin Kramarow

Barbara & Jack Kreuter

Carol & Joe Kubilus

Kim & Jim Kubilus

Linda & Lawrence Kutac
Benedetta Ladisa

Rose Lander

Blanche Larner

Lehigh Valley Jewish Foundation
Kathryn & Doug Leister

Lend a Helping Hand Home Group
Rachelle & Julius Levin
Timothy J. Lewis

Marlene & Robert Lippman
Laura & Paul Long

Alison & Thomas Lord
Mariclare & Paul Lorenzo
Jessica & Joshua Lutzker
Sherri & Brian Manning
Gloria & Emesto Mayuga
Shannon McDonald & Daniel Garland
Carolyn & Terry McGuire
Thomas McGorty

Dr. Duck & Niki Mclintire
Patty & Gary McKay

Patricia & Russell McWilliams
Gillian Meek

Aarcn Melman

Dr. Alvin Melser

Cynthia & Richard Merzer
Mesa Media

Jennifer Meyrowitz

Mid Island Lodge #828

Mill Road Day Camp, Inc.
Ann Milstein

Lori Morgan

Mary Moriarty

Sheila & Allen Mushin

Elaine & Gerald Nadler

New York Chiropractic College
Northeast Clinical Services

Lara & Thomas O'Connell

Joan & Patrick O'Lear

Edward Ohlbaum

Raoberta & James Orenstein
Marjorie & James Pappakostas
Suzanne Paradis

Andrew Patrick

Ann Patrick

Dr. Alan Pinshaw

Jen & Josh Rabina

Julie & David Rabinowitz
Carolyn & Steven Rehm

Susan Reigel

Patricia Robins

Marilyn & Barrett Rochman
Judy & Gil Roeder

Lisajane & Kevin Romer

Rose Urban's Dance Academy
Kathryn & Peter Rayen
Pamelia & Marc Rudick

Pattl & Keith Russell

Marlene Salizberg

Savannah Jewish Federation
Leah & Eric Scheier

Susan & Lawrence Scheps
William Schifman

Carol, Alan & David Schonberg
Amy Schottenfels & Jonathan Klein
Michelle & Thomas Sepanski
Sisterhood of Temple Emanuel
Anne & Peter Smith

Todd & Dana Socia

Marjorie, Kurt, Matt & Mike Soper
Arline Stein

Mitchell Stein

Anna & Paul Striar

Deborah & David Strock
Michael Sullivan

Mary Lou & Robert Sutter

Alan Swanson

Gail & Bernie Talbert

Juanada & George Teas
Telamon Insurance & Financial Network
Temple Isaiah Sisterhood
Frances Terwillger

Joanne Thompson & Tom Roose
Angela & Leon Tynes

United Jewish Federation of San Diego
Rose & Gilbert Urban

Utica Chapter NYS Society of CPAs
Musia Vaysman

Emily & Charles Wagner
Rebecca & Steven Walkley
Wal-Mart Foundation

Hollie & James Ward

Wendy & Stuart Waxman
Shirley & Robert Webb

Mary Wermuth

Jodi & Robin Wes

Lisa & Richard Wivell

Ann Wolff

Anita & Isshi Yamada

Akari Yamada & Davis Yang
Sandra Yarbrough

Christine & Robert Youngclaus
Paula & Steven Zeitlin

Bea & Larry Zimbalist

* Major Research Initiative donors

If we have incorrectly listed or omitted
any names, we sincerely apologize.
Please alert us of any changes by calling
the national office at 1-800-90-NTSAD.
You may also contact us via email at
info@ntsad.org or through our website,
Www.NTSAD.org
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KNOW THE FACTS

1 in 27 Ashkenazi Jews, French-Canadians and Cajuns;
1 in 50 to 1 in 190 Irish-Americans;

1 in 250 of the general population is a Tay-Sachs carrier.

BOTH PARENTS ARE CARRIERS

« You could be a carrier for Canavan, Tay-Sachs or any of the related diseases —
even if your family has no history of them.

S — .
= With each pregnancy, a carrier couple has a 25% chance of having an
e ee— : . . ) .
affected child; 50% chance of having a child who is a carrier; and a 25%
A of having a child not affected and not a carrier.
Tav-sacHs  CARMIER  CARRIER  NON-CARMIER * Although DNA testing is available, the enzyme-based test is the most reliable

as not every mutation has been identified.

* A carrier test is typically a simple blood test. Always consult with a genetic
counselor for guidance.



