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CRN to Sponsor Cystinosis h

Symposium at the 2010 Congress
of the International Pediatric
Nephrology Association in New York

The Cystinosis Research Network is proud to
sponsor The IPNA Symposium on Cystinosis,

to be held during the 15th Congress of the In-
ternational Pediatric Nephrology Associa-

tion. The Congress will be held from August
29 1 September 2, 2010 at the Hilton New
York. The Symposium on  Cystinosis will take
place on August 31. CRN is sponsoring this
important meeting with the goal of educating

the much broader international pediatric ne-
phrology community who attend and also to
foster discussion on both research and clinical
issues regarding cystinosis among a highly
engaged and varied group of international
physicians and researchers. CRN will also ex-
hibit during the general session of the meet-

ing, which attracts thousands of attendees.

Dr. Frederick Kaskel, a member of the CRN Sci-
entific Review Board, is the Congress President
for the 2010 Congress of the IPNA.

See page 13 for Symposium agenda

Cystinosis Adult Care Excellence Initiative
Introduced by CRN

The transition process from childhood to help provide the best quality of life for
puberty to adulthood for anyone, and es- people with Cystinosis and their families.
pecially for a person with Cystinosis and The initiative will address the myriad of
their siblings, can be a very challenging challenges and tasks associated with the
~_ time. It may even be more challenging for transition to adulthood in order to provide
parents. In the past, many of our discus- our children with the necessary tools re-
sions have focused on our hopes and quired for this transition.

dreams of our childreno STheslnlljtir!lti\\;eire\(lzoanlizesithrcle&:c_');tinosis
adulthood.  Our goal now is that they c it ¢ 9 ke kev i Y ; S
THRIVE into adulthood and beyond. The ommunity must make key investments in
Cystinosis Research Network is working on adult care programs to mget the shifting

a project called fAThe C)pgegsioﬁqtrbegqulgpopﬂlatlgnl. t Care
Excellence I nitiativeo tCaotnugpnpageBde resources

to families and the medical community to )




Page 2

Cystinosis
Research Network

Message from the President
Christy Greeley

By Christy Greeley
Cystinosis is a journey. This is not news to anyone living
with or caring for someone with it. From initial diagnosis, to

those excruciating first years of illness and hospitalizations

and juggling of medications, to eventual acceptance, thriving
and living of life to the fullest, we all experience the full

range of emations life has to offer through our experience

with this disease. Butinthe end, we come to see thatitis
not only possible to merely deal with cystinosis on a day to

dav basis. but th " h h X li Christy, Dave, Alex, Jack, and
l_fay E(ljSIS,_ ut t"att_lwea . avedt € opportunity to o excel in Great - Grandpa Arndt celebrate
flef_:}n enjoy all the same joys and success as any other Jackoés birthday
amily.

The Cystinosis Research Network is on the same journey as an organization as our fami-

lies experience each day. We are growing, expanding and experiencing many successes
which in turn benefit the entire community. Our goal remains to involve the broadest
possible range of our community in our efforts to achieve our vision and mission. This
newsletter is one of the many ways in which we communicate those accomplishments to

you and encourage you to become more involved. In this edition of  The Cystinosis Ad-
vocate , you will find updates from all of our standing committees, including:

Finance - CRN is in the midst of our annual audit. Current financial reports are pro-
vided for your information. Later this year, the Fall/Winter newsletter will include our
annual Donor Honor Roll for 2009, detailing the incredible generosity of our families and
friends.

Development - Several successful fundraisers have already taken place this year, with
many more planned for this summer and fall. Many of their stories are included

here. Our development efforts are expanding -- look for improved resources available
to support your fundraising activities available on the CRN website.

Research - The annual call for proposals occurred in March and submissions are pend-
ing. The CRN Scientific Review Board will meet this summer to review all submissions

and make funding recommendations for new research projects to support. Progress
reports for many of the CRN funded studies are provided in this issue. Much progress
has been made and families are encouraged to read these reports closely.

CRN is proud to sponsor the Cystinosis Symposium taking place during  the Congress of
the International Pediatric Nephrology Association (IPNA) in New York, NY on August 31,
2010. This will be an unmatched opportunity to educate the international pediatric ne-

phrology community about cystinosis. Check out more information about the sympo-

sium in this newsletter or on the IPNA website at www.ipna2010.org

You will also find updates from Raptor Pharmaceuticals on the upcoming delayed release
cysteamine trials and information on the submission of the cysteamine eye drops to
the FDA for approval by Sigma Tau Pharmaceuticals. CRN is partnering with Sigma Tau
to launch the Cystinosis Patient Registry, the first step in a effort to begin to collect
demographic and clinical data from cystinosis patients and their families in order to fa-

cilitate ongoing and future research efforts. We look forward to working with the other
cystinosis patient groups in the U.S. and abroad as well as with the NIH Office of Rare

Diseases in order to expand the scope of this project.

Family Support - The Family Support Committee has been working on a major expan-
sion of CRN's support services. Please read more about the new programs to be of-
fered, including more regional gatherings, a new webinar series and more.

The Cystinosis Advocate
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The Cystinosis Adult Care Excellence Initiative is an exciting new project currently underway.

has been formed consisting of professionals, adults with cystinosis, and parents of adolescents with cystino-
sis. The group is charged with producing a guide which families can use to navigate their way through the tran-

sition from pediatric to adult care. We also hope to produce an official set of clinical care guidelines which can be
utilized by caregivers during the transitioning process.

A working group

Be sure to mark your calendars for the 2011 CRN Family Conference, to be held July 14 -16 at the Hotel Nikko in
San Francisco, CA.  The Jordan Family is graciously hosting this year and have begun work on what we anticipate

will be the best conference yet. Look for more information later this year in the Fall/Winter edition of the news-

letter and on the CRN website.

Education and Awareness - Updates on CRN's education and advocacy activities are included, as well as re-
ports from other cystinosis organzations from around the world. CRN continues to be heavily involved in the ef-

forts of the National Organization for Rare Disorders. Marybeth Krummenacker, CRN Board Member, has be-
come an active member of the board of directors of NORD and serves as the cystinosis community's voice in the
national rare disease conversation. This is especially important now in the midst of health care reform as we feel
it is of the utmost importance to have our interests considered during the current debate.

This summer we will be electing new members to our Board of Directors.

you are interested in joining us.
more information.

We remain committed to our vision of finding better treatments and an eventual
sider joining us on this journey, you can become involved in a number of ways, from joining the Board, to hold-

ing a fundraiser, to attending a conference, we need your help!

our Board of Directors with any questions or concerns you may have.

Warmest Regards,
Christy Greeley
President and Executive Director

CRN Introduces the Cystinosis Adult Care
Excellence Initiative (cont.)

Continued from Page 1

The Cystinosis Adult Care Excel-
lence Initiative will address at least
the following three issues:

1. Transition from Pediatric
Care to Adult Care.

Infantile  Nephropathic Cystinosis
was once thought of as a condition
exclusively of children. Advances
in treatments have allowed more
and more persons with cystinosis
to live well into adulthood. This
presents individuals with cystinosis
many opportunities and chal-
lenges, including how to incorpo-
rate treatment into an increasingly
independent way of life. The tran-
sition from pediatric care to adult
care can be difficult for young

adult patients. Adolescents are
accustomed to their parents com-
municating with the physician and
managing their day -to-day health
care. As a person reaches 18, that
responsibility shifts from the par-
ent to the patient. It's a big

change, and it can be scary for the

patients and their parents. The
transition requires open communi-
cation and some reeducation for
young adult patients

2. Clinical Practice Guidelines
for Cystinosis T Pediatric
through Adulthood.

The Guide is to be used as a re-
source for adults with Cystinosis,
their parents, and medical care-
givers. Patients with cystinosis
have, until recently, spent their
lives mostly under the care of pe-
diatricians. With medical ad-
vances, the life expectancy has
been said to well into their senior
citizen years.  Adult Internists are
now likely to be the primary doc-
tors to see adults with cystinosis.

3. Identify Research and
Treatment Needs to Improve
the Quality of Life for Adults
with Cystinosis.

To determine the research and

treatment needs of the adult cysti-
nosis community, a detailed inves-
tigation of the affects of cystinosis

Nominations are being accepted now if
Please contact Karen Gledhill, CRN Secretary at

kaledhill@cystinosis.org  for

cure for cystinosis. Please con-

Please feel free to contact me or any member of

on each organ system and the
psycho social affects will be devel-
oped. Investigations should be
made to determine if treatments
are available for the complications
and if no treatments are available,
request for research proposals will
be initiated.

In the near future, we will be ask-
ing for your input regarding this
Initiative and how we can best
serve the Cystinosis Community.

Sibylle Menke and her mom 3 both
from Germany


mailto:kgledhill@cystinosis.org

By Paula Shal

Vice -President,
Education and Aware-
ness

CRN is excited to be
sending representa-
tives to the Genetic
Alliance Conference
in Bethesda, MD in
July and to ASN Re-
nal Week in Denver,
CO in November.
ASN brings together
adult nephrologists
from all over the
country and is a great op-
portunity for us to educate
them about cystinosis. Our
efforts will help doctors un-
derstand cystinosis in order
to facilitate the transition to
adulthood as well as diag-
nose adults who may not
have a diagnosis.

We are proud to feature Shan-
non Keizer, the recipient of the
2009 CRN scholarship, on
page 14 of this issue. Applica-
tions for the 2010 CRN schol-
arships can be found on pages
36-37 and are also available at
cystinosis.org/scholarships.

A big part of Education and
Awareness is the CRN bi -
annual newsletter. CRN has
an extensive online presence
the CRN website, the Yahoo e
group, Facebook, and mass e
mails & yet we still receive
feedback that people enjoy
receiving a hard copy of the
newsletter in the mail. Itis
something tangible that can be
read anywhere and shared
with friends, family, and medi-
cal professionals. It lays out
CRNO6s | atest
age.

The CRN newsletter includes
research updates, human

CRN Education and Awareness Update

d
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interest stories, financial re-
ports, and events coverage.
It makes appearances at
family conferences, medical
meetings, and fundraising
events.

But the CRN
just a CRN publication. It
belongs to you & our cystino-
sis family. We depend on
information and photos from
you to publish the CRN news-
letter twice a year. Did you
know that anyone can submit
an idea, article, and/or photo

for the newsletter? Simply

call, write, or e -mail using the
information on the back of

this newsletter.

newsjl et

We make a concerted effort
to feature as many members

The fall newsletter is quickly
approaching, and we would
love to hear from YOU!

J

CRN observed Rare Disease
Day on February 28, along
with the National Organiza-
tion for Rare Disorders
(NORD) and a coalition of
over 350 patient organiza-
tions, medical societies, gov-
ernment agencies, and com-
munities representing the
rare disease society. The
purpose was to focus on rare
diseases as a public health
concern.

Rare Disease Day draws at-
tention to the fact that

nearly 30 million Americans
are affected by over 7,000
rare diseases.
focus was
and
unique partnership that ex-
ists between rare disease
patients and researchers was
highlighted.

Rare Disease day activities in
he U.S. included a nation-
wide network of online vid-

The Cystinosis Advocate

ABridg
Researcher s.

eos, patient stories and
blogs; newspaper, radio, and
television reports, state and
municipal proclamations; a
Rare Disease Hall of Fame

Rare Disease Day

for Researchers, and other
activities designed to raise
awareness 9f gvglatriténgans
fo faye apatedisease ¢ s
hirty ¢pige states signed
Rare Disease Day Proclama-
tions.

National websites like ABC
News featured Rare Disease
Day, and NORD President,
Peter Saltonstall blogged
about the day on the Larry

CRN Partners with NORD for Rare Disease Day

King Live website. The televi-

sion show fADisease L
tives, o0 featuring Dr
Gahl, debuted on Discovery

Health. The on -air promo for

the show featured the Rare

Disease Day website.

Rare Disease Day was
launched by the European
Rare Disease Organization
(EURORDIS) in 2008. In
2009, EURORDIS asked NORD
to sponsor it in the U.S. Rare
Disease Day is also observed
in other parts of the world
including Canada, Australia,
China -and for the first time
this year, Japan.

Although each of the 7000

rare diseases is unique, there
are certain challenges and
problems associated with hav-
ing a rare disease that pa-

tients have in common. Rare
Disease Day is intended to
focus on those needs. Its
motto is AAlone
Toget her We Are

We A
Stro
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CRN Financial Update

Ordinary Income/Expense
Income
41000 - Donations

43400 - Direct Public Support 61,570.39
44800 - Indirect Public Support
44820 - United Way, CFC Contributions 130.00
44800 - Indirect Public Support - Other 8,602.84
Total 44800 - Indirect Public Support 8,732.84
Total 41000 - Donations 70,303.23
44700 - Grants 26,000.00
Total Income 96,303.23
Expense
65000 - Operations
60920 - Business Registration Fees 15.00
62110 - Accounting Fees 2,446.24
62120 - Bank Charges -97.86
62200 - Grant Payments 32,872.00
62890 - Rental of Facilities 22,858.00
63200 - Sponsorship 10,000.00
65010 - Books, Subscriptions, Reference 300.00
65020 - Postage, Mailing Service 77.71
65030 - Printing and Copying 7,882.00
65040 - Supplies 524.97
65050 - Telephone, Telecommunications 917.33
65060 - Credit Card Processing Fees 186.63
68300 - Travel and Meetings
68200 - Exhibit Costs 575.00
68305 - Registration 300.00
68320 - Airfare 1,241.03
68330 - Meals and Food 388.48
68340 - Hotel 333.98
68350 - Transportation 229.20
68300 - Travel and Meetings - Other 289.40
Total 68300 - Travel and Meetings 3,357.09
Total 65000 - Operations 81,339.11
Total Expense 81,339.11
Net Ordinary Income 14,964.12

Net Income
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I Profit & Loss Statement

Jan - Mar 10

14,964.12

In Summary, the 1st quarter of 2010, January
March had a net income approximately $15,000.

Total Income: $96,300
Total Expenses: $81,340

A majority of the income came from direct public
support or fundraisers of $61,500 or 63%. The
highest expenditure category was grants pay-
ments made for $33,000 or 40%. The other bulk
of expenses went toward rental of facilities for
$33,000 and accounts for 40%. This category
accounts for money CRN sends back to an event
as donations are made to cover expenses for
that particular fundraiser. Overall,

CRN continues to remain  financially strong and
adhering to federal, state requirments for non
profit organizations.

Financially Yours,
Brittney LeBeau
CRN Treasurer

FREE!

By Karen Gledhill

FREE! FREE!

Now that | have your attention, | would like
to urge all of you to consider becoming a
CRN board member!

CRN is currently accepting nominations for
new members of the Board of Directors.
Each year individuals fulfill their term limits
and cycle off the board. All of our board
members have contributed to the amazing
growth of our organization and every year
we have room for new additions. The
strength and growth of any organization lies
in the constant infusion of new blood and
new ideas, and we invite you to become
more involved in your community.

For more information, contact CRN at :

Phone: 847-735-0471
Toll Free: 866-276-3669
Email: info@cystinosis.org

\_

\
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CRN Family Support Update

Those of you who are mem-
bers of our Yahoo support
group know the significance of
being able to ask questions
and share ideas with other
families who are dealing with
cystinosis on a daily basis. If
you are not currently partici-
pating in the support group,
please visit the CRN website

By Cheri Friend
Vice President
Support

Over the past few months,
CRN has been contacted by
several newly diag-
nosed families. Hav-
ing all been a newly
diagnosed family at
some point, we realize

- Family

the importance of pro- (www.cystinosis.org ) and click

viding these new fami- on the ASupport

lies with information to join today.
you did!

and support to help
them through the
tough times and vari-
ous aspects of dealing
with cystinosis.

The family support committee
is hard at work entertaining
several new initiatives for
2010. These initiatives include
live chats and topic  -specific
webinars hosted by members

send our new families of our advisory boards.

a fifamily packetagoonhsahdh dIcdhference
cludes a welcome/ year, CRN would like to assist
introduction letter, copies of in supporting regional family
our most recent neWSletterS, gatherings_ These fam"y
medical bI’OChures and infOI’- gatherings are an opportunity

mation regarding our support for families to network
group.

As part of our family
support offerings, we

~

with other cystinosis families

in a fun and informal setting.

There are no physicians or

presentations. These gath-

erings are open to any family
affected by cystinosis. We
are looking for host families
for each of the following ar-
eas 1 Southeast, Northeast,

Southwest, and Northwest.

If you are interested in facili-
Gatiny a farsilp gatherimg kn
Waouuadeh, pleabeeconigdt raed

at cfriend@cystinosis.org __ or

(678) 546 -4798. Thisis a

great opportunity to meet

and visit with other cystino-

sis families in your area.

AL ST N C)

fielding the Cystinosis Patient Survey this summer

community.

AThrough this survey, we have

them, 0 said Christy Greeley,
3669 or info@cystinosis.org.

ceuticals, Inc.

The Cystinosis Advocate

If you are interested in participating, please contact us for more information at 866

The Cystinosis Patient Survey is made possible thanks to support from Sigma

. HELN Cystinosis Research Network
SEeCEEEn | gunches Important Patient Survey

As a rare disease, cystinosis and the needs of its community have been largely overlooked.

For this reason, the Cystinosis Research Network (CRN) is proud to announce we will be

. The survey is designed to help CRN
and its partners better understand and address the unique needs of the cystinosis patient

an opportunity t
fecting patients and their families, which will help us focus our efforts to better support
president

and

-276 -

-Tau Pharma-

execut i
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Raptor Pharmaceutical Corp DR

pharmaceutical corp.

Cysteamine Trial to Start in June

Raptor's DR Cysteamine , an investigational, delayed-release (DR) oral formulation of cysteamine bitartrate, is be-
ing studied for the potential treatment of nephropathic
dosing and reduce gastrointestinal side effects.

Nine patients completed the Phase 2b study conducted at UCSD in 2009. Raptor extends its thanks to all who have
participated in the studies that have brought us to this point and appreciates the effort made by both patients and
families for all study participation.

The clinical trial beginning in June will be a multi-center study that investigates Cysteamine Bitartrate Delayed-
release Capsules (RP103) for the potential twice a day treatment of cystinosis. RP103 will be compared to the ex-
isting four times a day treatment (Cystagon®),

The study will require the time commitment of 20 clinic visits over 10-11 weeks. Most of these clinic visits occur in
clusters of 3-4 days in a row:

Run-in: Weeks 1,2, 3

take Cystagon®
3 clinic visits during week 1; 1 clinic visit during week 3

Period 1: Weeks 4,5, 6
take RP103 or Cystagon®
3 clinic visits during week 4; 3 clinic visits during week 6

Period 2: Weeks 7, 8,9
take the opposite of what was taken during Period 1
3 clinic visits during week 7; 3 clinic visits during week 9

Follow-up Visit, 1 week later
or the option to enter a longer study with RP103

There will be blood draws, overnight fasts and other evaluations. Travel and accommodations for participating in
the study will be provided at no cost to the patient. Daily living expenses for a family member or guardian accompa-
nying a minor will also be covered.

Eligible patients must be on a stable therapeutic dose of Cystagon®, be able to swallow Cystagon® capsules whole,
not have received a kidney transplant and take all medications orally, not through a gastric tube.

An extension study to determine the safety of long-term administration of Cysteamine Bitartrate Delayed-release
Capsules is planned. Patients who complete this Phase 3 study will be offered the opportunity to be treated with
Cysteamine Bitartrate Delayed-release Capsules until they are approved by the FDA or until Raptor Therapeutics
withdraws its application with the FDA (for whatever reason).

Please contact your doctor or check out www.clinicaltrials.gov for further information. Raptor may be reached by
email: clinicaltrials@raptorpharma.com or phone: 1-888-270-3828.



http://www.raptorpharma.com/dr_cysteamine_cystinosis.html
http://www.clinicaltrials.gov/ct2/show/NCT01000961?term=raptor+cystinosis&rank=1
mailto:clinicaltrials@raptorpharma.com

S Sigma -Tau Pharmaceuticals Cysteamine Eye \
Drop NDA Accepted for Filing

Cystinosis Treatment Granted Priority Review Status

GAITHERSBURG, MD i May 17,2010 - Sigma -Tau Pharmaceuticals, Inc. announced
today that the U.S. Food and Drug Administration (FDA) has accepted the filing of

the company's new drug application (NDA) for its cysteamine hydrochloride ophthal-

mic solution, an investigational therapy for the treatment of corneal cystine crystals

in patients with cystinosis. The FDA also granted the NDA Priority Review status, a
designation given to drugs that may provide major advances or a treatment where

no adequate therapy exists.

Cystinosis is a rare disease affecting as few as 300 people in the U.S. The company
has been granted orphan drug designation for this product and previously received a
grant from the FDA's Orphan Drug Products Division to help fund the treatment re-
search. If approved, this medicine will be the first FDA approved treatment for cor-
neal cystine crystal accumulation, which can lead to changes in visual acuity and
photophobia (i.e., sensitivity to light).

"Acceptance of the NDA marks an important milestone for both Sigma -Tau and the cystinosis
community,” said Gregg Lapointe, Chief Executive Officer of Sigma -Tau Pharmaceuticals. "If
approved, this treatment has the potential to offer important benefits for patients 8 many of

whom are children 8 whose care has been limited due to a lack of therapeutic options and ac-
cess."

The NDA includes data from clinical trials conducted at the National Institutes of Health (NIH)
National Eye Institute. Results of the studies indicate that administration of cysteamine hydro-
chloride eyedrops may be effective in the prevention and treatment of corneal

cystine crystals.

"Cystinosis is a devastating disease that too often robs children of normal vision," said Christy
Greeley, President and Executive Director of the Cystinosis Research Network, Inc. "We are
excited about the prospect of a new, accessible treatment option for our kids."

About Sigma -Tau Pharmaceuticals, Inc.

Sigma - Tau Pharmaceuticals, Inc. is a U.S. based, wholly owned subsidiary of the sigma -tau
Group, and is dedicated solely to the global development and commercialization of medicines

for patients with rare diseases. Sigma -Tau Pharmaceuticals, Inc. is based in Gaithersburg,
Maryland.

Since 1989, the company's products have been focused on rare diseases, kidney disease, and
cancer. With more than 6,000 identified rare diseases that affect approximately 25 million pa-
tients in the United States, Sigma -Tau places its considerable scientific resources behind the
development and commercialization of compounds that benefit the few. The company has sub-
stantial development programs focused on transplant, cancer, inherited genetic disorders, ma-

laria, and other areas of unmet medical need. /

The Cystinosis Advocate




