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siRNAis poised to be the next therapeutic drug. An overview will be provides of the current status of RNAi solutions in 
clinical trials for targeting liver diseases. Potent siRNA can silence any gene, including non-druggable genes, at picomolar 

concentration. Highly potent siRNAs can be identified within weeks and manufactured at large scale for reasonable cost. As a 
result, there is now a great deal of interest in using siRNA in vivo to better understand liver diseases and also as a therapeutic 
molecule. However, delivery of these molecules to the appropriate tissue remains the major bottleneck. This presentation will 
also focus on the next generation solutions for knockdown of mRNA and proteins in animal models from Life Technologies. 
Data will be presented to highlight characteristics of Ambion In Vivo siRNAs [Chemically modified RNAi duplexes for enhanced 
specificity, serum stability, and effective knockdown]. Introduction of chemical modifications in siRNAs show reduction in 
induced immune response. In Vivo data will be presented of specific targeting of mRNAs in the liver and other organs using the 
above siRNAs in conjunction with the nanoparticle formulation, Invivofectamine 2.0. Toxicity as well as longevity data will also 
be presented as well as data on knockdown of therapeutically relevant targets in rodent models.
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