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PIKFYVE is one of the most effective targets in cell models derived Co-administration of exocytosis blocker GW4869 prevents rescue
from patients with familial and sporadic ALS and confirms secretory autophagy as the in vivo mechanism of action
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Genetic deletion of 50% of Pikfyve improves motor function and Pikfyve ASO treatment rescues TDP-43 aggregation and PIKFYVE ASO development candidate AS-202 has no off-target
survival in ALS mice (TAR4/4 TDP-43 model) heurodegeneration in vivo concerns and is being tested in IND-enabling toxicity studies
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