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Syndrome without a name: Living without a
diagnosis
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“Diagnostic Odyssey”
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The International Rare Diseases
Research Consortium (IRDiRC) teams
Dl up researchers and organisations
; N investing in rare diseases research in
T¥_ order to achieve two main objectives
) (e by the year 2020, namely to deliver
—\ = / 200 new therapies for rare diseases
and means to diagnose most rare
diseases.
A number of grand challenges are
being addressed through collaborative
actions to reach these 2020 goals such
MEE DM (FITR H LBV O BRER as: establishing and providing access
to harmonised data and samples,
performing the molecular and clinical
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¢/ data sharing for patients

V4 phenotype coding characterisation of rare diseases,

o ge boosting translational, preclinical and
‘/ unified IRB - - clinical research, and streamlining
(Rl— B 8% FF>7=community TA §E) ethical and regulatory procedures.
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18% - Oncology
16% - Sales lost from Angiotensin |l Key growth drivers:
? segment: Nivolumab (BMY), Xtandi (Astellas), Kadcyla (Roche),
Diovan (NVS): $2.6bn Perjeta (Roche), MK-3475 (MRK), RG7446 (Roche)
14% - Benicar (Daiichi Sankyo): $2.0bn Key patent expiries: >
Micardis (Boehringer): $1.2bn Gleevec (NVS) in 2015, Rituxan (Roche) 2015+,
12% - Exforge (NVS): $1.0bn Herceptin (Roche) 2014+
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