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2009 Cystinosis Research Network

Family Conference 9 A Great Success!

above beyond

By Cheri Friend

The 2009 Cysti-
nosis Research
Network (CRN)
Family Confer-
ence was held
July 16 -18 at
Stone Mountain
Park just out-
side Atlanta,
Georgia. With
over 300 family
members, phy-
sicians, re-
searchers and
volunteers in
attendance, this
year 6s
best ever! Included in
these attendance numbers
were 14 families who had
never attended a family
conference before. For
those who have attended
conferences in the past,
you know how invaluable
the family conferences are
to building and strengthen-
ing professional and family
relationships. These rela-
tionships are vital to us all
as we navigate through the
cystinosis journey!

The conference theme
AfAbove
hibited throughout the
conference by our speak-
ers, professionals and vol-
unteers who all went the
extra mile to ensure the
conference experience was
a positive one for all. Most
notably, CRN recognized
two very special individuals

& Beyond

conferenwkt WabAbave &

Achievement Awards. We are
proud to honor Dr. Bill Gahl
and Dr. Jess Thoene for their
extraordinary and on  -going
efforts to improve the lives of
everyone in the cystinosis
community. We are grateful to
have these two unique indi-
viduals engaged in our mis-
sion.

For the 2009 conference, CRN
engaged the services of a pro-
duction company to provide us
with photos and a professional
video. The photos are avail-
able on the CRN website at
BWWWaeystEnosis.prg |, click on
Family Support, then Photo
Gallery. The video can be
viewed at  http:/
www.youtube.com/watch?
v=9tdUa_1mc5Y

Prior to the conference, the
CRN Scientific Review Board
met to review the currently
submitted grant proposals.

The Cystinosis
| Research Net-
work is com-
mitted to sup-
porting and
advocating re-
search to
achieve its vi-
sion of im-
proved treat-
ments and ulti-
mately a cure
for cystinosis.
The CRN Ex-
ecutive Board
reviewed the
recommenda-

B e y tionsdobthe Scientific Re-

view Board and made the
decision to fund three addi-
tional grants. This brings
CRNO&6s current
for research grants in pro-
gress to over $650,000.

Hunter Smith & Alex Greeley

-

Conference
acknowledgements
on page 18. More
photos throughout

newsletter!
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Cystinosis
Research Network

Message from the President
Christy Greeley

"Above and Beyond"

When | look back on the past year since publi-

cation of the last edition of  The Cystinosis Ad-
vocate , | am amazed by the range of accom-
plishments in the cystinosis community. Most
notably, the Fourth Cystinosis Research Net-

work Family Conference was held July 16 -18,
2009 at the Marriott Evergreen Conference Re-

sort in Stone Mountain, Georgia. This year's
theme was "Above and Beyond" and there is no
doubt that we as a community did just

that! Nearly 300 people from 25 states and 10
countries living with or involved in the care or re- Christy, Jack, Alex, and Dave Greeley
search of cystinosis gathered to enjoy this unique Jackos -AMighevarch 2009
opportunity  to connect and share their experience

and expertise.  More than 60 families and 50 clinicians, researchers and professionals
were in attendance during the three day conference.

One of the highlights of the conference was the recognition of Dr. Bill Gahl and Dr.

Jess Thoene for their outstanding achievements and contributions to the cystinosis

community.  They received the first annual "Above and Beyond" award for their unpar-

alled dedication to both CRN and the cystinosis community. You can find a summary

of the conference, as well as many photos from the event in this newsletter. CRN has
also produced a video which is available on the website and which can be obtained for

use at educational and fundraising events. It includes highlights from the conference

which help illustrate CRN's vision and mission. We are proud of this new method
which we can utilize to educate the public and medical communities about cystinosis.

CRN welcomes two new members to its Board of Directors: Tahnie Woodward and
John Maccarone. Jen Wyman and Cheri Friend have taken on expanded responsibili-
ties and accepted positions on the Executive Committee as VP of Development and VP

of Family Support. You can find more information about each of these committed indi-
viduals in this newsletter. Please help us welcome them and thank them in advance
for their service to our community.

You will also find updates from each of our standing committees, including:

Finance - CRN completed its annual audit which once again confirmed the fiscal
health of the organization. The latest financial reports are provided for your informa-
tion. The 2008 Donor Honor Roll is also included. We cannot thank our donors
enough for their incredible generosity which allows us to provide so many services to

the cystinosis community.

Development - Our fundraising efforts are expanding! Look for fundraising support
materials, examples from past events, and information about utilizing the new CRN

video and CRN display materials on the CRN website if you are interested in holding an
event of your own. Inspiring stories of the many fundraisers which have been held

this year in honor of so many incredible people who live with cystinosis are included,

as well as a listing of future fundraisers.

Research - We are proud to report that, as a result of this year's Call for Proposals,
three new grants will be funded by CRN. These studies represent an addi-
tional $250,000 in research funding. The three new projects funded are:

"Feasibility of Cystinosin Replacement Therapy in Cystinosis", Dr. Jess Thoene, Uni-
versity of Michigan, Ann Arbor, Ml
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"Proposal for a North American Cystinosis Research Platform", Dr. Paul Goodyer, Montreal Children's Hospital,
Montreal, Canada, and Dr. Rick Kaskel, Children's Hospital at Montefiore, Bronx, NY

We welcome Dr. Elenberg, Dr. Kaskel, and Dr. Goodyer as nhew CRN funded investigators, and we look forward
to our continued relationship with Dr. Thoene. We also wish to thank the CRN Scientific Review Board for their
thoughtful review and recommendations regarding this years' submitted proposals.

This issue also features updates on other ongoing CRN funded studies, as well as updates from Raptor Phar-
maceuticals on the progress of their development of the delayed release formulation of cysteamine.

Finally, we welcome Dr. Corrine Antignac and Dr. Roslyn Mannon as new additions to CRN's Medical Advisory
Board. Their depth of expertise in cystinosis research and clinical experience will be a great asset to the
MAB. We extend to them our deepest gratitude for their service.

Family Support - The main activity of the Family Support Committee this year has been the planning and

execution of the 2009 Family Conference. We are also active in identifying and getting information and sup-

port to new families as they are diagnosed or as they enter into new phases of their journey. If you have not
already, please go to the CRN website and click on the "Support Groups" link to join our Yahoo Email Support

Groups which are a wonderful way to stay in touch with the rest of the community on a daily basis.

We are pleased to announce that the 2011 CRN Family Conference will be held in San Francisco, California and
will be hosted by the Jordan Family. Look for specific dates and locations soon on the CRN Website and via
email announcements. We look forward to meeting again in 2011 on the West Coast!

Education and Awareness - Updates on CRN's education and advocacy activities are included, as well as

reports from other cystinosis organizations from around the world. CRN sent representatives to exhibit at the
American Society of Pediatric Nephrology Meeting held in Baltimore, Maryland last May. CRN also attended
the National Organization for Rare Disorders (NORD) Partners in Progress Summit and Member Organization

meeting in May in Washington, D.C. Look for more information on both meetings within this newsletter.

One of the most exciting achievements of 2009 is the election of Marybeth Krummenacker, longtime CRN

Board of Directors member and CRN co -founder, to NORD's national Board of Directors. This is a high honor
and is in direct recognition of the years of dedication she has provided, not only to cystinosis, but also to the
greater rare disease community as a whole. We congratulate her and look forward to her ability through this
position to keep cystinosis on the national agenda and to keep our community more closely up to date on

what's happening on the national stage in healthcare as it relates to rare disease.

Finally, we are proud to announce the recipient of CRNOs
join us in congratulating Shannon Keizer on her achievements.

As a final note, 16d |ike to recognize the extraordinary
of The Cystinosis Advocate a real i ty. Paul a Shal, CRNés Vice Presiden
newsletter editor. As many of you know, she received a successful kidney transplant in October, right before

our publication deadline. She worked on this newsletter practically up until she was admitted for surgery,

sending me a half completed newsletter draft at 2am! Paula is an amazing individual who has never allowed

her iliness to interfere with the successful life she is leading. We are indebted to her for her unparalled dedi-

cation to the CRN Board of Directors. And waiting in the wings as Paula took a well deserved break, Cheri

Friend, CRN6s Vice President of Family Support took over
editor! Cheri is another unbelievably hard working member of the CRN Board, always ready to lend a hand

and pitch in to help the community, despite her full fami
personally thank you both!

As always, CRN remains dedicated to finding improved treatments and an eventual cure for cystinosis while at

the same time never losing sight of the importance of providing support to our community. Please consider
becoming involved, whether it's as a committee volunteer, fundraiser host or board member, we need your

help and you can make a difference.

Please feel free to contact me or any member of our Board of Directors with any questions or concerns you
may have. Have a wonderful holiday season and may you be blessed with peace and good health in the com-
ing year.

Warmest Regards,
Christy Greeley

President and Executive Director

"Quiality of Life in Cystinosis Patients", Dr. Ewa Elenberg, Texas Children's Hospital, Houston, TX \
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CRN Welcomes New Board Members!

The CRN Board of Directors, by unanimous vote, would like to announce John Maccar-
one and Tahnie Woodward have been elected to the CRN Board of Directors.

The Board would like to recognize outgoing board member, Pam Woodward, for her

many years of dedication to CRN. Pam served in many roles including VP -Family Sup-
port. Pam is best know for her ability to remember the names and the stories that go

with members of the cystinosis communities.

Please take a moment to read the bios of our new board members below. We look for-
ward to a busy and exciting 2010.

John Maccarone

John Maccarone was born and raised in Glen Cove New York. After high school he
attended SUNY Delhi where he received his degree in Plumbing and Mechanical
Design. John also received a degree in Plumbing and Sprinkler Theory and Design
from the Mechanics Institute in New York City. He presently owns and operates
Maccarone Plumbing Inc. which employs over 90 people. John now resides in Lau-

rel Hollow, New York with his wife, Arlene and their two sons Brandon, who is 9

years old and Johnny, who is 6 years ol d. Bot

Cystinosis, Brandon was seven years old just about to turn eight and Johnny was

five years old. Both Brandon and Johnny are required to take eye drops several

times throughout the day for their Cystinosis and seem to be responding very well
to the drops. Brandon and Johnny are both being treated in New York by Dr. Frederick
Kaskel at Montefiore and by Dr. Gahl of the National Institutes of Health.

Tahnie Woodward

Tahnie was diagnosed with Cystinosis at 16 months. She had her kidney transplant at
age 11 with her mother being the donor. Tahnie celebrated the 15 year anniversary of
her transplant in October, 2009. She feels lucky to celebrate such a successful mile-
stone. Tahnie graduated from the University of Utah in May of 2008 with her Bachelor
of Science degree in Human Development and Family Studies with a Child Life empha-
sis. She is dedicated to having a career as a Child Life Specialist and will complete an in
hospital internship in the near future. She is beyond thrilled to be a new member of the
board and looks forward to contributing her knowledge of coping with Cystinosis for 25
years as well as her extensive education in Child Life, in hopes of giving back to the
community that has given her so much. She lives in American Fork, Utah, with the love

of her life, Rory, and their miniature daschund, Jack.
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