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In Vi vo E fficacy 
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Measurement  of SOD1 
deplet ion in the CSF 



ng
 h

S
O

D
1/

µg
 to

ta
l p

ro
te

in

Cerebrospinal Fluid

0
scAAV9-siSOD1 scAAV9-ssiSOD1

63% 



09/ 08/ 2017 ©  The Univer sity of Sheffield 

16 

In vi t r o investigation of off-
tar get effects. 
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• T he cl inic ready vector  is effective at prolonging 
l i fespan and ameliorating disease in a mouse model of 
AL S 
 

• T he therapeutic shR NA appear s to be specific to SOD1 
mR NA with no noticeable sequence-specific off-target 
effects 
 

• Measurement of SOD1 depletion in the CSF  of treated 
patients can be a simple and effective biomarker  of 
treatment efficacy 
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