
 
 

 

 

AAV Mediated CRISPR Therapeutic for Huntington Disease  

Huntington's disease (HD) is a progressive, neurodegenerative genetic disorder that affects the brain, 

leading to motor dysfunction, cognitive decline, and psychiatric disturbances. It is caused by a 

trinucleotide repeat expansion in the Huntington (HTT) gene, which leads to the production of an 

abnormal form of the protein huntingtin. This abnormal protein gradually damages neurons, particularly 

in the striatum and cortex of the brain. Using third party nucleases we were able to selectively lower the 

mutHTT protein in BACHD mice leaving the WT protein untouched.   

Intrastriatal injection capabilities using NeurostarTM stereotaxic robots 

 

CAG promoter renders highest eGFP expression and distribution in the striatum. AAVs carrying eGFP under the 

control of 3 different promoters (CAG, hSyn and Jet) were injected into the striatum of BACHD mice to establish 

biodistribution of each construct.  

 

 


