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RNAi-mediated alleviation of motor defects in a mouse model for Huntington Disease
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RNAi-mediated reduction of cholesterol blood levels in primates by targeting ApoB mRNA

Nature 438: 685 (2006) 
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Caveats with RNAi experiments
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Co-suppression phenomena in plants, insects,
fungi and protozoa
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stRNAs: small temporal RNAs
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Why is this relevant for
therapeutic chemists ?



Tumor classification by miRNA profiling

Tumor type

m
iR

N
A

s



Drosha cleavage

Dicer cleavage

ONCOmiRs

Hammond (2006) Curr Op Genet Dev 16: 4-9 



OncomiR target genes

Hammond (2006) Curr Op Genet Dev 16: 4-9 



Silencing miRNAs



The logic of miRNA-based regulation of gene expression 
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Nature 438, 675 (2005)

miR-122: miRNA highly expressed in liver
Potential targets: mRNAs encoding cholesterol metabolism enzymes



Outstanding questions:

-Efficacy
-Specificity
-High intravenous dosage required
-Inhibition of miRNAs has not been 

observed in the brain
-Tissue-specific, diseased tissue-specific targeting?
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