Orphan Disease Treatment Institute
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Target : Orphan Disease Treatment Institute Co., Ltd.
Outline : Development of therapeutic agent for Duchenne muscular dystrophy with ENA oligonucleotides

as the active ingredient

Authorized investment : ¥2,010 million (maximum)
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Orphan Disease Treatment
Institute Co., Ltd.

e The main purpose of the new

company is project management
and management of funds

Drug development will be handled
by Daiichi Sankyo with the goal of
developing the therapeutic agent in
the shortest schedule

Therapeutic agent for
Duchenne muscular
dystrophy

R&D advising

Prof. Masafumi Matsuo,

Kobe Gakuin University
Professor emeritus at Kobe University
Special Prof. Yasuhiro Takeshima,

Hyogo College of Medicine

Investment

< (®) Mitsubishi UFJ Capital Co, Ltd.
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e Make effective use of patents and technologies from academia that have fallen into “the devil's river”
between baseline research and development research, and provide a bridge to pharmaceutical companies

e Provide momentum for Japanese pharmaceutical companies to become more aggressive in

development of orphan drugs

e Pump-prime private VC investment in orphan drug technologies
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