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Establishing a patient-specific approach to ALS

Marton and Pasca, Nature Medicine, 2018
Shi, Lin et al., Nature Medicine, 2018
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2000 compound screen: only rare targets rescue ALS motor neuron degeneration broadly
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Hung, Linares et al., Cell, 2023
Linares, Li et al., Cell Stem Cell, 2023
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2018 Harrington Discovery Institute Rare Disease Grant Awarded

Identified risks associated with modality and target

HDI Acceleration Funding Granted

Human ASOs designed

2019

ASO based toxicity risk mitigated

Redefined project scope

Generation of in vitro proof-of-concept in human 
derived induced motor neurons from both sporadic and 
familial ALS patients

In vivo mouse proof-of-concept established 

Defined ASO project plan

Primary screening of human ASOs completed

2020

ASO technology in-licensed from USC into 
AcuraStem, Inc. for further development






Clinical Trials: length of trials, outcome measures, and surrogate endpoints 

Valor trial press release, 2022
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A cancer drug candidate 
prevents 

ALS nerve cell death 
but has poor exposure in 

the brain
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