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Corporate Description 
AAVogen is a preclinical-stage biotech company that develops gene therapeutics for muscle wasting 
disease.  The management team is well established with field-specific expertise and the science advisory 
board is internationally recognized.  IND-enabling studies with proprietary technology are ongoing while 
CMC, regulatory and clinical plans have been completed.  

Problem Statement 
No approved treatments can prevent muscle wasting or restore lost muscle.  As a condition, muscle 
wasting occurs in a variety of chronic diseases that include the inflammatory myopathies and muscular 
dystrophies.  These chronic and rare diseases affect children and adults alike and result from a variety 
of genetic or non-genetic causes.  Severe disability is ubiquitous regardless of cause and develops as 
muscle mass and function progressively degenerate.  This significantly compromises quality of life at an 
extreme personal and financial loss and is often fatal.   

Solution 
AVGN7 is a novel gene therapeutic that uses a non-pathogenic adeno-associated virus (AAV) to intro-
duce Smad7 cDNA into muscle.  This attenuates processes that normally inhibit muscle growth.  By 
“inhibiting inhibition”, the mass and function of muscle is greatly enhanced and the loss of both is pre-
vented.  AVGN7 was designed to only affect muscles and to antagonize multiple growth inhibitors.  This 
unique design prevents the off-target effects that have compromised competitors while providing superior 
efficacy.  The value proposition, therefore, is the safe and durable support of muscle.  
Opportunity 

Sporadic inclusion body myositis (IBM) is the lead indication.  This chronic disease results from muscle 
inflammation, not genetic mutations, and cannot be treated with gene editing/replacement or exon skip-
ping approaches.  Nevertheless, IBM requires long-term treatment support and is perfectly suited for a 

gene therapy like AVGN7 that corrects the patho-
logical phenotype.  The FDA classifies IBM as a 
“rare” disease, which accelerates the regulatory 
path and provides enhanced regulatory guidance 
and financial incentives.  IBM advocacy groups 
support AAVogen’s approach as the expected clin-
ical benefits are also expected to reduce long-term 
treatment costs and as a result, provide cost-effec-
tive reimbursements for insurers.  These consider-
ations together maximize the likelihood of develop-
ment, regulatory and commercial success. 

AVGN7 may also have potential in treating cancer cachexia and, as a combinatorial, Duchenne muscular 
dystrophy; another rare disease where dystrophin-correcting monotherapies are mechanistically limited 
and at best only partially effective.  Consequently, AAVogen has initiated programs in these areas as 
secondary indications for AVGN7.   
Management Team 
AAVogen was founded by the CEO, Buel “Dan” Rodgers, PhD (former Prof. of Molecular Biosciences & 
AVGN7 co-discoverer).  Bill Mann, PhD/MBA (former CEO Helsinn) and Jade Brown, MBA (former CBO 
Cell Therapeutics) are executive consultants.  Directors include Tim Gehring, CPA (Finance), Joe Rin-
inger, PhD (CMC), Tom Lloyd, MD (Clinical), Heather Webb-Hsu, PhD (Project Management), Jeff Fel-
lows (Regulatory Affairs) and Peter Korytko, PhD (Preclinical).   

A single injection of AVGN7 increases muscle mass by ~40% in 
just 3 weeks.  EV, control empty vector; TA, tibialis anterior; Qd, 
quadriceps; Tri, triceps. 
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Market Summary 
IBM occurs at a prevalence of 51 per 1M people over 50 years of age.  Assuming typically high pene-
trance and annual growth rates for orphan drugs and applying realistic gene therapy pricing, the domestic 
market is predicted to exceed $2B over the first 5 years, $15.7B if major global markets are included.  
These estimates are supported by comparisons to new orphan drugs for another rare muscle wasting 
disease, spinal muscle atrophy.  Indeed, Spinraza (SMN2 exon skipping) generated $3.5B in less than 3 
years and Zolgensma (SMN1 gene therapy) is on track to generate $640M in its first year.   

Business Model 
Maintaining a virtual structure through IND keeps costs low and retains equity within AAVogen.  Seed 
funding and grants are supporting preclinical development while licensing opportunities are being pur-
sued to support manufacturing costs, which is preferred over establishing a GMP facility and is consistent 
with industry practices.  A hybrid product development/out-licensing model with established value inflec-
tion points (e.g. IND filing, clinical trial endpoints, etc.) provides an exit strategy with proven investor 
profitability, based on recent gene therapy corporate transactions, while maximizing long-term product 
profitability and market potential.  Indeed, a variety of license deals will exploit AVGN7’s full potential in 
treating a diversity of disease indications.  This includes combinatorial approaches with, for example, 
other gene therapeutics or exon-skipping drugs.   

Competition 
There are currently no approved drugs for preventing muscle wasting or restoring muscle mass and 
function in IBM patients.  Safety and efficacy concerns have compromised competing drugs that sought 

to disrupt pathways simi-
lar to those targeted by 
AVGN7. Nevertheless, 
AVGN7 is the only thera-
peutic designed for mus-
cle specificity, to be used 
both systemically and lo-
cally and to provide dura-
ble support of muscle 
mass as well as function.   

Fundraising & Developmental Timeline 
A total of $2.3M of non-diluting funds has been raised mostly through federal and state grants.  These 
funds are supporting IND-enabling preclinical studies and regulatory meetings (see below).  Seed funding 
of $2M is being sought to support additional intellectual property, operations, regulatory meetings and 
working capital for an IND filing.  Series A fundraising will begin as the toxicology studies conclude and 
will support manufacturing and formulation, a Phase I/II clinical trial and preclinical studies for other indi-
cations.  This timeline creates an early value inflection point at IND filing and another more typical point, 
based upon recent corporate transactions in the gene therapy space, after the clinical trial concludes.  

 

• Safety & efficacy results
• Interim data at 180 days
• Possible M&A, licensing
• Potential exit position

• Series A ($10-12M)
• Possible M&A, licensing
• Potential exit position

• Seed funding ($2-3M)
• Begin building BoD
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AVGN7 P P P P low 

Monoclonal antibodies1   P  high 

Ligand traps2  P   very high 

Milo AAV1:FS344  P  P high 

Development of (1) Novartis BYM338, Regeneron REGN1033, Eli Lilly LY2495655, Pfizer 
PF06252616/MYO-029, Atara PINTA745 and (2) Acceleron ACE-031/083 has been suspended. 


