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Drug platforms
Using RNA 
activation to 
increase gene 
expression 

Cell-culture studies suggest that double-stranded RNAs could be 
used to activate gene expression to treat diseases involving poorly 
expressed proteins. In RNAa, exogenously added dsRNA homologous 
to the promoters of certain genes trigger increased transcription. 
Oligonucleotides complementary to promoter-derived antisense 
transcripts blocked RNAa of the progesterone receptor gene. Next 
steps include formulating rules for designing RNAa constructs and 
optimizing delivery methods for preclinical studies. 
Alnylam Pharmaceuticals Inc. has licensed the RNAa technology and IP 
and plans to develop gene activation therapeutics to treat cystic fibrosis 
(CF) and sickle cell anemia.

Patent pending; 
licensed to 
Alnylam 
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