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Introduction Results: Initial target finding campaign for LT-HSC targets Results: In vivo editing of HSCs at the HBG locus Results: Top targeting moieties for HSCs

+ Lipid nanoparticle (LNP) technology enables the non-viral delivery of nucleic acid cargo to cells. Assessment of target internalization on LT-HSC In vivo proof-of-concept editing of HSPC/HSCs across species Assessment and discovery of additional targets for HSCs
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Methods Selecting an optimal targeting moiety configuration and proof-of-concept in vivo targeting.
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(A) The optimal targeting moiety for use with the LNP was determined by delivering editing cargo to bone Functional efficacy of our new prospective target. (A) The efficacy of various
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2\5 20- (B) Functionalized LNPs with Editas has developed a target-finding platform which maximizes target specificity and LNP efficacy by targeting the LNPs to discreet cell targets in highly heterogeneous NOTE: Figures including TARGET- Iabels denote unique targeting moietics
multiple targeting moiety environments. Our target discovery campaign enabled the development of a novel LT-HSC targeting molecule that can be conjugated to LNPs to improve specificity and overall _
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