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Huntington's disease is an autosomal dominant neurodegenerative disease that has a wide impact on a person’s functional Learn More

abilities and usually results in movement, cognitive, and psychiatric disorders. A treatment for HD that can selectively

reduce expression of a mutant copy of the HTT gene (e.g., while having little to no effect on expression of a normal copy

INVENTORS
of the HTT gene) is highly desirable.
UC Berkeley researchers have discovered methods and compositions that take advantage of naturally occurring single » Salinas-Rios, Vivina
nucleotide polymorphisms (SNPs) in the regulatory region of the HTT gene to distinguish between an HTT gene allele
containing a pathogenic CAG trinucleotide repeat expansion and an HTT allele that lacks a pathogenic CAG trinucleotide OTHERlNFORMAT|ON _________
repeat. Potential benefits of using this strategy include 1) lowering both mutant mRNA and mutant protein levels while
normal allele remains unaffected, 2) lowering levels of toxic HTTexon11 species and 3) by lowering transcription across
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the mutant CAG repeats could slow down repeat expansion in mutant allele poten5ally leading to a delay in age of onset.
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