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Duchenne Muscular Dystrophy



Two Drugs in Development for DMD

AAVI-4658 - PMO - designed to skip exon 51 in

certain DMD patients
I Phase 1b/2 trial underway in Europe
I Toxicology package to release the US IND from
clinical hold is underway

AAVI-5038 - PPMO - designed to skip exon 50

IA coll aboration with Charl
I Data for IND package being generated

ADiscovery research work underway to skip
exons 45, 53 and 44
ATogether these 5 drugs could treat

approximately half DMD patients
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Single AVI-4658 Treatment Induces Dystrophin Siides
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Antiviral Programs




Three Anti-viral Drugs in Development Slide7

Drug Candidate Potentially Treats

AVI-6002 Ebola virus infection IND approved
AVI-6003 Marburg virus IND approved
infection
AVI-7012 Junin virus infection Lead development
candidate
indentified
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AVI1-5126 in Clinical Prevention of Restenosis

Partnered to Global Therapeutics, a Cook
Medical Company

Open label, multi-center study in Germany

Primary endpoint is composite safety
(MACE) at 30 days

Angiographic results reported at 6 months
using quantitative coronary angioplasty
(QCA) and intravascular ultrasound (IVUS)

Start date 4Q08; estimated end date 4Q09
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Currently Potential Five Drug Candidates | siewo

Drug Candidate Potentially Treats

AVI-4658 or Exon 51 or 50 Phase 1b/2 and
AVI-5038* skipping in DMD preclinical
AVI-5126 Prevention of Phase 2
restenosis
AVI-6002 Ebola virus infection IND approved
AVI-6003 Marburg virus IND approved
infection
AVI-7012 Junin virus infection Lead development
candidate
indentified

* Driven by choice of PMO or PPMO chemistry for 15t generation products
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Transformation of AVI Underway

Antisense Pioneer

Leading RNA-based
Therapeutics Company
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