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• Ov  all, ac oss  os s  ost pati  ts ha  co pl    t facto s withi  th  
 o  al   f    c   a   s
‒ O   pati  t f o   ach  os    oup show   C  l v ls co sist  tly low   

tha  th   o  al  a   , o   sta ti   at  ay   a   th  oth   at  ay  ; all 
oth   co pl    t  a k  s w      a  o  withi   o  al  a   s

• No   of th s  fi  i  s co   spo     with   l va t cli ical sy pto s 
o  si  ifica t labo ato y ab o  aliti s

 i    a k  s   p  s  t i  ivi ual pati  ts p    os    oup   ash   black li  s i  icat  low   a   
upp    o  al   f    c   a   s,   t   i    by th  labo ato i s that co  uct   th  assays   ott   
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KEY   KE W Y 

AAV    ai s th  p  f      platfo   i       
th  apy  u  to th  hi h sp cificity i       
  liv  y a   low patho   icity; how v  , 
app ov   a   i v sti atio al AAV-bas       
th  api s hav  b    hi       by saf ty 
co c   s associat   with co pl    t 
activatio   , , – 

 

Ac oss th    cli ical t ials, pati  ts w    
syst  ically a  i ist     with AAV h    os s 
of    x  ¹¹ to  x  ¹³  c k  a     c iv   
i  u osupp  ssio  with co ticost  oi s 
a   o  si oli us; co pl    t activatio  was 
i f  qu  t, t a si  t, a    ot cli ically 
si  ifica t  Fu th   o  , it was  ot associat   
with a y cli ically si  ifica t  v  ts   lat   to 
co pl    t activatio  
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To  at , li it   cha   s i  co pl    t 
activatio  hav  b    obs  v   with clos  
labo ato y a   cli ical  o ito i   co cu    t 
with      th  apy a  i ist atio , which 
su   sts a favo abl  co pl    t p ofil  fo  
th  AAV h   v cto  
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