Discovery of ABX1100, a CD71 Centyrin-Gys1 siRNA Conjugate Clinical Candidate for the Treatment of Pompe Disease
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v Pathologist declared NOAEL at highest dose tested which yields a

* No ABX1100-related mortality, in life AE’s, histology or laboratory findings; NOAEL 250 mg/kg wide safety margin

* Durable reduction of Gys1 mRNA in muscles lasting 8 weeks post last dose v ABX1100 is stable in monkey plasma both in vitro and in vivo

* Rapid plasma clearance, and long siRNA half life in muscle; PK/PD model established
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