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TV BED AT R LE—DR I ORER
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HFEHRV, 1994 FITRET, 1996 FITIFERM
Corphan drug & L"C CystagonTM ASZKEE &7z,
VAT T I e RISEYIC IR G T BRI
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BRI RN ERERBEER, BOKTORBRKRR
BT — 5% boUREHFHTRROBRETH b,
LIT EMEA OFi8# (_LEMEA 2006 2/2)
EUROPEAN PUBLIC ASSESSMENT REPORT
(EPAR)

CYSTAGON

EPAR summary for the public

This document is a summary of the European
Public Assessment Report (EPAR) . Its
purpose is to explain how the assessment done
by the Committee for Medicinal products for
Human Use (CHMP) on the basis of the studies
performed, led to the recommendations on the
conditioris of use.

If you need more information about youi medical
condition or your treatment, read the Package
Leaflet (also part of the EPAR) or contact your
doctor or pharmacist.

What is Cystagon?

Cystagon is an oral capsule containing the active
ingredient cysteamine bitartrate (also known as
mercaptamine bitartrate) .

What is Cystagon used for?

Cystagon is used to manage patients who have

nephropathic (kidney) cystinosis. Cystinosis is a



rare

inherited disorder where cystine builds up within
body cells, preventing them from working
correctly.

This leads to kidney problems and spreads to
other parts of the body, including the eyes, some
glands

(thyroid, gonads, pancreas) , the central nervous
system, muscles and the liver. Stunted growth is
a symptom of the condition.

How is Cystagon used?

Cystagon treatment should be started by a doctor
who has experience in the treatment of cystinosis.
Cystine levels in white blood cells should be
monitored to adjust the dose.

For children up to age 12 years, the
recommended dose is 1.30 g/m2/day divided into
4 daily doses.

For patients over age 12 and over 50 kg weight,
the recommended dose is 2 g/day, divided into 4
daily

doses. Starting doses should be 1/4 to 1/6 of the
final expected doses. The starting dose should be
increased gradually over 4-6 weeks.

How does Cystagon work?

Cystagon reacts with cystine to form cysteine and
a cysteine-cysteamine salt (mixed disulfide) .
This salt is then removed from the cells by
a system that transports another amino acid
(lysine) . The amount of cystine in the organs
is reduced and this limits the damage to these
organs.

How has Cystagon been studied?

Cystagon has been investigated in three clinical
studies including 234 patients over a 12-year
period.

These studies included children and newly
recruited patients in which two different doses
were tested.

Because the disease is very serious, it was not
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possible for ethical reasons to compare Cystagon
directly to a dummy treatment. The comparison
was done instead with a group of patients who
had been treated with a dummy treatment as part
of another, unrelated trial. The studies looked at
the kidney function, the survival and the growth
rate of the patients.

What benefit has Cystagon shown during the
studies?

The three studies have shown that Cystagon
delays kidney problems, and the need for dialysis
or renal transplantation when treatment is started
at an early age in patients with good kidney
function. It also improves survival and growth
rate in the children treated.

What is the risk associated with Cystagon?

The most common side effects of Cystagon are
connected with the digestive system. The most
common side effects include: loss of appetite,
vomiting, nausea, diarrhoea, headache,
neurological disorders, abdominal (tummy) pain,
breath and skin odour, dyspepsia (indigestion) ,
rash, and tiredness. For the full description of the
side effects reported with Cystagon, please see
the Package Leaflet.

Cystagon should not be used in people who
may be hypersensitive (allergic) to cysteamine
bitartrate or any of the other ingredients.

Why has Cystagon been approved?

Cystinosis is a rare, fatal disease, and Cystagon is
considered a useful drug with no alternative
treatment. The Committee for Medicinal
products for Human Use (CHMP) decided that
Cystagon” s benefits are greater than its risks and
recommended that Cystagon be given marketing
authorisation. Cystagon has been authorised
under "Exceptional Circumstances”, because,
as the disease is rare, it-has not been possible to
obtain complete information on the medicine.

Every year, the European



2)

Medicines Agency (EMEA) reviews any new

information which may have become available

and

updates this summary as necessary.

What are the measures to minimise the risk

associated with Cystagon?

The company that makes Cystagon keeps

a register of the treated patients including

information about their general clinical

outcome and side effects. The company collects

information on patients who stop treatment.

Other information about Cystagon:

The European Commission granted a marketing

authorisation valid throughout the European

Union to Orphan Europe on 23 June 1997. The

authorization was renewed on 23 June 2002.

See http://www.emea.eu.int/humandocs/

Humans/EPAR/cystagon/cystagon.htm for the

full EPAR.

This summary was last updated in 12-2005.
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xHEREE 39 (9/335 1)

HERREESESR

%5 6 %
CPFX 93 % (31/335 fl))
XHEREE 6.0 % (21/349 H1)
FEALIIREH T 30 HUPAIZEITE

1 D7+ 0—T7 T IR
CPFX  13.7 % (46/335 %)

— 261 —
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