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Dose: 100ul, IV administration 2e12, 6.3e12, Dose: IV administration, 3e13 vg/kg
and 2e13 vg/kg Reduction of spinal cord SOD1 results in increased survival in G93A mice. Median survival was 140 days for vehicle treated female mice and 139 (n.s.) days for low * In primates, robust knockdown of SOD1 in all levels of the spinal cord and motor cortex is observed following IV administration of our
EndpointS' Motor performance, body weight, survival EndpointS' Biodistribution, SOD1 reduction, tolerability dose animals. Median survival for moderate and high doses were 345 and 404 days, respectively. Median survival was 133 days for vehicle treated males, 124 (n.s.) novel TRACER™ capsid and SOD1 targeting pri-amiRNA, while exhibiting a favorable profile in peripheral tissues
’ K kd T | d ’ ’ ’ ’ ’ and 145 (n.s.) days for the high and low dose, respectively, and 263 (**p = 0.003) days for the mid dose group. Statistical analysis was performed using log-rank
SOD1 knockdown in spinal cor (Mantel-Cox) test. * These data support the continued development of IV delivered RNAi using a novel BBB-penetrant capsid for use in the clinic
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