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INTRODUCTION
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Liver editing was determined by NGS from a core
needle liver biopsy and circulating serum TTR
concentration was determined by an LC-MS/MS assay
specific for the TTR protein.

genome editing therapeutic targeting the human

T'TR gene for the treatment for ATTR. NTLA-2001 is
advancing toward the clinic with an IND submission
planned for mid-2020.
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T o CONCLUSIONS

Key Advantages of LNP Delivery
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— Reduction of circulating levels of TTR sustained for
at least 12 months

— No significant histopathology findings noted
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