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Neurology

Huntington’s disease 
(HD)

Huntingtin (HTT) In vitro studies suggest that mismatch-containing 
duplex RNA that targets HTT could help treat HD. 
In fibroblasts from HD patients, duplex RNA that 
bound the HTT sequence led to HTT cleavage and 
inhibition of cytotoxic HTT. Studies are ongoing 
with Alnylam Pharmaceuticals Inc. to chemically 
modify duplexes for in vivo testing. Next steps also 
include testing the duplexes in animals.
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