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Total Trials = 871
AAV Trials = 36

AAV2 = 30
AAV2.5 = 1
AAV1 = 3
AAV6 = 1
AAV8 =1
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Target disease for AAV TrialsTarget disease for AAV Trials

0
1
2
3
4
5
6
7
8
9

10

Cys
tic

 Fi
bro

sis

Sin
gle 

Gen
e D

iso
rd

er
s

Can
ce

rs

Oth
er

Par
kin

so
n/A

lzh
eim

er

Musc
ular

 D
ys

tro
ph

y

Car
diov

as
cu

lar

N
u

m
be

r 
of

 A
A

V
 T

ri
al

s/
D

is
ea

se
 T

ar
ge

t

Other:
• Retinal disease
• Epilepsy
• Arthritis

Single Gene 
Disorders:
• Hemophilia B
• Canavan Disease
•α-1-anti-trypsin 
deficiency
• Late infantile 
neuronal ceroid
lipofuscinosis



AAV Gene Transfer TrialsAAV Gene Transfer Trials
by Phaseby Phase

Phase II
8%

Phase III
6%

Phase I
86%

31

3

2

Rev: 5/2/07/ts

N=36



Serious Adverse EventsSerious Adverse Events
on AAV Trialson AAV Trials

GeMCRISGeMCRIS was used to identify 34 initial adverse event was used to identify 34 initial adverse event 
reports from thirteen trials that were both reports from thirteen trials that were both unexpectedunexpected
and and possibly relatedpossibly related to the gene transfer with an AAV to the gene transfer with an AAV 
vector vector 

All of these events have been routinely reviewed by All of these events have been routinely reviewed by 
the Gene Transfer Safety Assessment Board the Gene Transfer Safety Assessment Board 

A review of these events did not identify any patterns A review of these events did not identify any patterns 
across AAV trials  across AAV trials  

The types of serious adverse events observed in AAV The types of serious adverse events observed in AAV 
trials did not seem to differ from those observed in trials did not seem to differ from those observed in 
other gene transfer trials.other gene transfer trials.
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