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Dear Friends continued from firont page

We are proud to report that 100 percent of all donations are
used to support medical research. To all who attended the event
and the many others who made contributions, we thank you

for your support and generosity. Jeff and I continue to be amazed
at how fortunate we are to have such a wonderful community
of family and friends. We cannot thank you enough for your

support in our efforts to find better treatments, and ultimately
a cure for Cystinosis.

We are also gratefully to the many volunteers who made
our Natalie’s Wish event such a success. We are especially

thankful for the tireless efforts of Zoe Solsby, Marylyn Milburn
and Vince Ciavarella.

Your financial support, good wishes and prayers have provided
Natalie and others with Cystinosis the hope they so desperately
need. We are eternally grateful for your friendship and your
commitment to our cause. We are continually reminded

of how blessed we are to have each of you in our lives.

We hope you will join us for this year’s Natalie’s Wish
event on Thursday, May 20 at The Clubhouse at Pelican
Hill in Newport Coast. The event, which promises to

be as uplifting as last year’s, will begin at six with wine
and hors d’oeuvres, followed by a research update,
entertainment and Fund-A-Cure.

I wish I may, I wish I mig

CYSTINOSIS RESEARCH FOUNDATION
18802 Bardeen, Irvine, California 92620

949.809.2418 ¢ www.natalieswish.org
501(c) 3 Federal Tax ID #32-0067668

—(MMM :

THE THIRD ANNUAL -

“NATALIE'S WISH” FUNDRAISER -
THURSDAY, MAY 20, 2004 -

THE CLUBHOUSE AT PELICAN HILL -
NEWPORT COAST, CALIFORNIA -

Mylan Lahoratories:

Tee O (For A Cure

Vince proposed the Cystinosis Research Foundation (CRF) as the charity for
this year’s tournament. After viewing the CRF video and hearing Natalie’s
Wish CD, the committee whole-heartedly embraced the foundation.

We are asking individuals and businesses to support this event by signing up

to play in the tournament, by attending the awards dinner and auction, or by
providing an item for the silent or live auctions. If you would like information,
please contact Mike Raring, of The Lighting Company at (714) 936-3012. One
hundred percent of all proceeds generated at the auctions will go to the foundation.

Founded in 1907, The Building Owners and Manager Association of Orange
County, is an international federation composed of more than 15,000 members
representing all facets of the commercial real estate industry.
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The bad things about Cystinosis are taking my medicine every six hours,waking
up at night to take my medicine and not growing as tall as I would like. Even
though I have this disease and it is not what I want, it has made me a better
person. I know what other people with diseases have to suffer through because
I have one too. I also think that I am a more sensitive person because of my
disease. Cystinosis has brought my friends together and my family together.

Since I have this disease, my parents have held a
fundraiser every year for me and other children
with Cystinosis. They are trying as hard as they can
to find a cure for all of us so that we can be like
everyone else and not take medicine all of our
lives, and so that we can sleep through the night.
My parents have raised a huge amount of money
for doctors who are trying to cure this disease.

Thank you for giving us money for the research. Every bit helps. Each dollar
gets us a step closer to finding the cure. I have wonderful friends
who support me every day and I know that I am very lucky.

I am also thankful to have such an incredible loving family
including my sister, Alexandra, who always makes me feel
better when I am blue. She is very special to me.

I hope one day I will feel good and live even longer. With
everyone’s donations, I am sure that the cure will come soon.

Star light, star bright,
First star I see tonight

I wish I may, I wish I might
Have the wish, I wish tonight.

SPRING 2004

Welcome to the premiere issue of Natalie’s
Wish. It's the first newsletter devoted to the
people, news and events that have contributed
to the growth and mission of the Cystinosis
Research Foundation: to find more effective
treatments, and ultimately a cure for Cystinosis.

Dear Friends,

In February 2003, on Natalie’s 12th birthday,
she shared her secret wish with me: “to have
my disease go forever.” At our second annual
funraising event, on May 28, 2003, her wish
moved closer to becoming a reality.

This remarkable evening began with an overview
of Cystinosis presented by Dr. Ranjan Dobhil,

a Pediatric Gastroenterologist at The University
of California, San Diego. Among other things,

Dr. Dohil explained what cysteamine, a drug given
to Cystinosis patients, does to the intestinal system.

After Dr. Dohil’s presentation, Vince Ciavarella,
a family friend, and a gifted group of musicians
and vocalists sang a special song for Natalie.
The song, written by Vince, was titled My Wish.

The highlight of the evening was an emotional
video featuring Natalie and several of her friends
who also have Cystinosis. The evening culminated
with a Fund-A-Cure round of donations totaling
$87,000. The large amount raised during Fund-
A-Cure was driven by a generous matching gift
challenge of $25,000 from Mike and Lynette Hayde.
By evening’s end more than $325,000 had been
donated. Additional gifts have continued to come
in. To date, over $410,000 has been raised as

a result of this special evening.

This support has allowed
us to fund multi-year studies,
something that has been
impossible in the past due
to lack of long-term funding.

continued on back page



(Hathar’s FIRST BIRTHDAY

Renee Carter, Nathan’s mother shares her thoughts on Nathan’s first birthday:

In planning Nathan’s first birthday party, Daryl and I agreed that we did not want it

to be a “big deal”; however, when the invitation list was complete, there were 92 people on it!

Cysteamine Absorption Study

As a direct result of the May, 2003 fundraiser, the Cystinosis Research
Foundation (CRF) was able to fund a two-year study by Dr. Ranjan Dohil.

Dr. Dohil is an Associate Professor of Pediatric Gastroenterology

at the University of California, San Diego (UCSD). After receiving
approval from the Human Subjects Committee at UCSD, and the Food
and Drug Administration, the study commenced in November, 2003.
The first patients to be studied as part of the control group had to be
over 18 years old and healthy. To date, three patients have successfully
completed the study and three more have been scheduled. Dr. Dohil
must also enroll six Cystinosis patients for this study. The first of these
patients will be studied in late February and early March of this year.
Natalie is scheduled to be part of the study in mid-March.

Knowing our friends and family, and their propensity towards generosity,
our first thought was to request “no gifts.” Nathan, at one year of age,
already has more toys than he can play with and more clothes than

he can wear.

As we talked about the party, we realized that our request for “no gifts”
would probably go unheeded. Nathan would undoubtedly receive many
gifts. Still, we did not want his party to be about presents. It was intended
as a celebration of life, and truly as a thank you to all of our friends and
family for their support during our first year of parenthood.

1t was then that Daryl asked, ‘Why not suggest that if people feel compelled
to give Nathan something, they make a donation on his behalf to the
Cystinosis Research Foundation.” We immediately knew this was the perfect
solution —and one that would enable us to celebrate not only Nathan’s life,
but the life of our dear friend, Natalie Stack as well. On the invitation we
stated, ‘We believe the best gift we can give our son is the disposition

to share the blessings of his good health and good fortune with those

who are not as blessed.” Our request for no gifts was respected and the
party was a wonderful success.

We thank Renee and Daryl Carter for sharing Nathan’s first
birthday with us and the Cystinosis Research Foundation.
The Carter’s friends and family raised more than $1,400

for the Cystinosis Research Foundation.

Cysteamine, a drug that is imperative for the survival of children with
Cystinosis, needs to be taken every six hours for the rest of the patients’
lives. This rigorous schedule coupled with the drug’s powerful side-effects
result in poor compliance for the drug. The purpose of the Cysteamine
Absorption Study is to evaluate the absorption of cysteamine in the intestinal
tract. The hope is to create a new way of delivering the drug, thereby
optimizing intestinal absorption, reducing frequency of drug administration,
and ideally, diminishing adverse gastrointestinal side-effects.

Dr. Dohil comments, “Cystinosis is a life-threatening disease, but, as
with any rare condition, funding research is difficult. The efforts of the
CRF have been unbelievable, and have allowed us to carry out studies
that would not have been possible otherwise.”



For more information about Cystinosis, visit www.natalieswish.org.
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Natalie Stack as featured on the front cover
of Mylan Laboratories 1995 Annual Report

Did You Know...

Cystinosis afflicts approximately 500 people,
mostly children in North America, and less than
2,000 worldwide. It is a rare genetic disorder
that causes cystine to accumulate in organs.
Cystine is trapped in the cell and forms crystals
causing cell death as its concentration increases.
The crystals slowly destroy organs in the body
including the kidneys, liver, eyes, muscles, thyroid,
white blood cells and the brain.

Daily life is painful for children with Cystinosis.
Cystine crystals cloud Natalie’s corneas causing
photophobia, and she experiences joint pain
likely caused by rickets. A twenty-four hour
craving for water causes permanent stomach
distention and frequent urination. Natalie suffers
from constant, severe abdominal pain caused by
the powerful drugs she must take to stay alive.
Cystinosis is also characterized by Fanconi
Syndrome, a rare kidney disease which eventually
leads to end-stage kidney failure and kidney
transplant. Transplants and drug therapy have
improved the life expectancy of these children
but other complications arise that include
swallowing difficulties, visual impairment,
diabetes and central nervous system involvement.

There is no cure for Cystinosis, but there is hope.
Unfortunately, Cystinosis affects so few people that
research money is scarce and progress is slow.

There are over 6,000 rare or “orphan” diseases
in the United States. An “orphan” disease as
defined by the Orphan Disease Act affects less
than 200,000 people. Collectively however, these
diseases affect more than 25 million Americans.

While there are only a small number of patients
who suffer from any given “orphan” disease,
knowledge discovered by studying one disease
may lead to advancements in other rare diseases
and more prevalent and well known disorders.

For more information about “orphan”
diseases” visit www.rarediseases.com.
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Teens Make a Difference |2 i

Michael Bear, Andy Morrow and Blaine Bolus, three boys in Natalie’s seventh grade class at Harbor

Day School, were about to turn thirteen and decided to have a joint party to celebrate. Michael, Andy

and Blaine have known Natalie since kindergarten and knew that Natalie has Cystinosis. Together they
decided that instead of receiving birthday gifts, they would ask those invited to their party to make

a contribution to the Cystinosis Research Foundation. They invited the entire seventh grade class

to join them. Congratuations and thanks to the three young men and their friends who raised more

than $4,500 to help Nathalie and others with Cystinosis.

Cystinosis and Myopathy

The Cystinosis Research Foundation is pleased to announce the funding
of a study by Doris A. Trauner, MD. Dr. Trauner is investigating the
factors that contribute to myopathy, one of the most debilitating and
potentially life-threantening complications of Cystinosis for young
adults with the disease. Myopathy involves weakness and/or apathy of
hand muscles, and swallowing or phonation difficulties. Nephropathic
Cystinosis causes dysfunction or failure of multiple organ systems.

Dr. Trauner’s study will focus on the progressive muscle weakness
that affects the muscles of the mouth, face and throat, and of the
hands and arms. Individuals with Cystinosis who develop myopathy
have difficulty swallowing and chewing, and may choke on their
food and develop aspiration pneumonia.

The story of the three young men
who so generously included
Natalie in their birthday
celebration appeared on the
front page of the Daily Pilot
on November 30, 2003.

The study will involve ten adolescents and young adults with Cystinosis
who have evidence of myopathic changes. They will be evaluated over
the next two years to determine the metabolic causes of muscle weakness
and to establish whether specific treatments will improve strength and
prevent worsening of myopathy.

Dr. Trauner, is a Professor in the Department of Neurosciences at
the University of California, San Diego, has been studying the effects
of Cystinosis on the brain for many years. We are fortunate to be
working with her and appreciate her effort and dedication to the
Cystinosis community.



ZACHARY BEERS

Zachary Beers was featured on the video we presented
at our 2003 fundraiser. Zachary is now in pre-school
and enjoying every minute of it! He loves to sing, dance
and play on the computer. He is also enrolled in speech
and special physical education classes, and occupational
therapy. He receives daily injections of growth hormone
and happily, he is seeing results!

His father Rob just completed the Cysteamine Absorption
Study as an adult volunteer. The study, funded by the
Cystinosis Research Foundation, will hopefully result
in finding a controlled-release medication eliminating
the side-effects and frequency of the medicine.

SHANNON PAJU

Shannon Paju is the seventeen-year-old who spoke
so eloquently on the video at last year’s fundraiser.
Unfortunately, Shannon has had a challenging year.
In August, she was admitted to UCI Medical Center
with chest pain and heart palpitations. Shannon was
put on a ventilator and her prognosis was uncertain.

She was transplanted with a new kidney last year which
created additional challenges. Shannon remained

on the ventilator for four weeks. She left the hospital
after a three-month stay but her return home was
short-lived. She was rushed to the emergency room
in November, and only recently returned home.

Shannon is gaining strength and has a fighting spirit.
She is determined to graduate from high school this
year with her friends.

Anything is PDossible

Many thanks to David Martin, a family friend who
surprised us when he announced that he was going

to run the Kona, Hawaii Marathon on behalf of Natalie.
David successfully completed the marathon and did so

with a picture of Natalie around his neck. In David’s words:

OoooooooOooog

When I first met Natalie I knew nothing about Cystinosis, and none of my friends had ever
heard of it either. But the more I learned about Cystinosis and Natalie, the more I became
aware of the fortitude and inner strength required by anyone living with this disease—and
of the love and compassion of their families.

I asked myself, ‘Why doesn’t everyone know about Cystinosis? Is there a cure? What needs
to be done to raise awareness of this disease? What can I do to help others ask these
same questions?’

Anything is possible is a phrase one sees everywhere in Kona for the Ironman Triathlon

in October and the Kona Marathon in June. For me, that phrase became symbolic of Natalie,
Alex, Jeff and Nancy—and it was my inspiration for running the marathon. Running across
lava fields in 100 degree heat for 26.2 miles for six hours is indeed daunting, but such a task
pales in comparison to what a person with Cystinosis must endure 24 hours each day.

My marathon time was slower than I had anticipated, but for good reason; people along
the course would yell out, ‘Who is Natalie,” and “What is Cystinosis?” I took every chance
to respond to their questions. When I crossed the finish line, I considered my time
answering questions well spent—and the race, my best ever!

In October of this year, I expect to compete in the Ironman Triathlon. I will once again
carry Natalie in my heart, but this time for the 2.4 mile swim, the 112 mile bike, and the
26.2 mile run. As they say, anything is possible.




Doughnut Days
At Harbor Day School

1t is so sweet and nice to know that I am loved by children I
don’t even know. It made me feel so happy inside when I heard
that one little boy was giving up his doughnut money for my
disease. I had tears in my eyes and I almost cried. - Natalie

Ooooooooogooao

In December, a student in Mrs. Taylor’s second grade class shared an article from The Daily Pilot.
The article told about three boys who had performed “an act of kindness” to help their classmate,
Natalie Stack. The boys were about to celebrate their birthdays at a combined party, but instead
of receiving presents, the boys asked their guests to make donations to the Cystinosis Research
Foundation. Mrs. Taylor explained to her class that the money would be given to doctors who

are trying to develop a medicine that would
help young people like Natalie, who have
a serious disease called Cystinosis.

Mrs. Taylor, who was Natalie’s second
grade teacher, explained that Natalie has
to take a horrible tasting medicine many
times each day and night. The medicine
is so powerful that it causes her to have
stomach aches and headaches but Natalie
never complained. She was a good student
who was always excited about learning and playing with her friends.

After hearing about Natalie, the second graders wondered if they could help too. They wanted

to donate money to the Cystinosis Research Foundation. During the following week, the students
collected money which they put in an envelope with a red heart on it. Perhaps the most touching
moment during the week occurred on “doughnut day” — a school event that takes place only once
a month. One of the boys told Mrs. Taylor that he would “love to have a doughnut” that morning,
but he wanted to give his dollar to help Natalie instead. It was a wonderfully kind deed by the
young boy and a great example to others who can help.

Donor List

$35,000 AND MORE
Michael and Lynette Hayde

Geoffrey and Nancy Stack

$10,000 AND MORE

CB Richard Ellis

Eastdil Realty Company, LLC

Paul Goldenberg

Ronald and Deborah B. Ratner
Philanthropic Fund

The Ryness Company

$5,000 AND MORE
Roland Arnall

Robert and Christine Beers
Budge Collins

The Dialynas Family

Kris and Linda Elftmann
John and Marilyn French
Donald and Beth Anne Haarer
John and Merry Hagestad
George Marcus

Jose and Velyna Morales
Paul and Sue Ellen 0'Connor
SARES-REGIS Group

Time Warner Connect

Ted and Sheila Weschler

Donor list continued on next page

One Sweet Donation

After hearing the story about Natalie at the fundraising event, troop leader Sarah Giavarella

shared Natalie’s Wish with her Brownie Troop 1095 of Irvine, California. The girls

decided to send part of their hard-earned Girl Scout cookie money to the Cystinosis Research

Foundation. We were moved by their generous gift; however, the most special part

of their gift was the beautiful hand-illustrated card.

The card was signed by all of the Brownies in the troop. Natalie was truly moved

and humbled by the troop’s outreaching of support and concern. Troop 1095’s

contribution will make a difference in the fight for a cure.




