Diese Meldung kann unter http://www.presseportal.ch/de/pm/100006314/100587131/ilaris-r-recommended-for-european-approval-as-new-
biologic-drug-to-treat-a-rare-but-serious-group abgerufen werden.

Novartis AG

llaris(R) Recommended for European Approval as New Biologic Drug to Treat a Rare
but Serious Group of Auto-Inflammatory Diseases
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Basel, Switzerland (ots/PRNewswire) -
- Not For US Media

- Set to Becone First Medicine in EU to Treat Patients Aged Four
and dder Suffering From Life-Long Cryopyrin-Associated Peri odic
Syndrone (CAPS) (1)

- Ilaris Targets Interleukin-1 Beta (IL-1 Beta), a key Driver of
Inflammation(1,2,3) - Studies Ongoing in O her Diseases |nvolving
IL-1 Beta Such as Gout, COPD and Type 2 Di abetes

- EU Opinion Follows US and Swi ss Approval s Based on Data Show ng
Ilaris Produced Rapid and Sustai ned Remi ssion in CAPS Patients After
one Dose(2)

- CAPS Conprises Three Disorders of Increasing Severity Wth
Potentially Fatal Conplications(2,3) - Mst Patients Suffer From
Severe and Disabling Synptons(l,3)

The bi ot echnol ogy nedicine Ilaris(R) (canaki nunab) has passed
another major nmilestone with a recomendation for approval in the
European Union to treat patients with a life-long and potentially
fatal auto-inflammatory disease called cryopyrin-associated periodic
syndrome (CAPS). Wen approved, Ilaris will be the only treatnent in
the EU indicated for CAPS patients aged four years and older(1).

Ilaris represents an i nportant advance in the devel opnent of
personal i zed nedi ci nes because it targets a condition that is
triggered by a specific genetic nmutation. In CAPS patients, this
mutation drives the overproduction of interleukin 1-beta (IL-1 Beta)
whi ch causes the w despread sustained inflammtion and ti ssue damage
associated with the disease(3,4,5).

Because llaris normalizes the production of IL-1 Beta(1,2,3), it
is also being studied in other diseases in which IL-1 Beta plays a
pivotal role such as systemic juvenile idiopathic arthritis (SJIA),
gout, chronic obstructive pul nonary di sorder (COPD), and type 2
di abet es.

"By concentrating initially on a rare syndrome with a
wel | -defined disease process such as CAPS, we have been able to
denmonstrate a clear therapeutic advantage with Ilaris," said Trevor
Mundel , MD, Head of  obal Devel opnent at Novartis Pharma AG "Qur
focus nowis to establish whether this could al so provide a new
approach to the treatnment of other diseases involving a simlar
under | yi ng process.”

A positive opinion reconmendi ng the approval of Ilaris for CAPS
was issued by the Committee for Medicinal Products for Human Use
(CHWP), which reviews nedicines for the European Conmi ssion. The
recomendati on conmes shortly after approvals in the US and
Swi tzerl and where Ilaris was granted priority review, based on its
potential to fulfil an inportant unnet need for CAPS patients.

The EU subni ssion was supported by data showing that llaris, a
nmonocl onal antibody formerly known as ACZ885, produced rapid and
sustained rem ssion of synptonms in up to 97% of CAPS patients, with
nost responding fromthe first injection(2).

Ilaris is given by subcutaneous injection only once every two
mont hs, making it a convenient treatment, especially for younger
patients(2). Mre than 90% of patients studied were free from pai nful
injection-site Reactions(2).
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CAPS incl udes three distinct auto-inflammatory di sorders. These
are famlial cold auto-inflammtory syndrome (FCAS) which is the
m | dest form of CAPS, Muickl e-Wells syndrome (MA5), and neonatal - onset
mul ti systeminflanmatory di sease (NOM D, al so known as chronic
infantil e neurol ogi cal cutaneous articular syndrone or CINCA) - the
nost severe form of the disease(2,3).

"CAPS is a life-long and potentially fatal condition for which
there are currently no approved nedi cations in the European Union,"
said Helen J. Lachmann, MD of the UK National Anyloidosis Centre at
UCL Medi cal School in London, UK. "In clinical trials, canakinumab
has been shown to switch off disease activity in as little as 24
hours following a single dose. It has the potential to transform
patients' lives, not only providing relief fromtheir debilitating
daily synptons but also offering the possibility of |ong-termcontro
of the disease."

The synptons of CAPS, such as debilitating fatigue, rash, fever,
headaches, joint pain and conjunctivitis, can be present frombirth
or infancy, and can occur daily throughout patients' lives(2,3).
Serious |ong-term consequences may include deafness, bone
deformties, erosive joint destruction, and central nervous system
danmage |l eading to loss of vision(1,2,3). Around 25% of CAPS patients
devel op anyl oidosis, a condition in which the build-up of proteins
can cause vital organs to fail, resulting in renal failure and death
within five to 10 years(1).

CAPS is believed to occur in around 6,500 patients worl dw de and
2,500 in the EU(3,6). However due to |lack of diagnosis or
m sdi agnosi s, fewer than 1,000 cases have been officially reported
wor | dwi de(1, 3).

The Ilaris filing was based on a clinical trial programinvolving
more than 100 CAPS patients. The pivotal study is a three-part,
one-year Phase |1l study involving 35 patients aged nine to 74 years
old with varying degrees of disease severity(2). Data published in
The New Engl and Journal of Medicine in June 2009 show that llaris
produced a rapid, conplete and sustained response in the majority of
patients(2).

Results for the primary end point showed that none of the
patients treated with Ilaris (0 out of 15) experienced a di sease
outbreak or 'flare' conpared to 13 of the 16 patients who received
pl acebo (0% vs 81% respectively, p
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