Effective SOD1 targeting with vMiX™, an innovative
AAV-based RNA interference platform
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OBJECTIVE

To design, screen, and select effective microRNA (miRNA) candidates using the vMIiX™
platform for efficient silencing of SOD1, a causative gene in amyotrophic lateral
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sclerosis (ALS). Figure 4: In vitro screening of candidate miRNAs targeting SOD1
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successfully induced knockdown of SOD1, varying from 38% to 65% reduction in expression
compared to a non-targeting miRNA control (Figure 4A; one-way ANOVA with Dunn's multiple
comparisons, **p<0.01).

* Using vMiX™, a novel adeno-associated virus (AAV)-based RNA interference platform utilizing
miRNA for gene silencing,* we aimed to design, screen, and select effective miRNA candidates for
efficient SOD1 knockdown, evaluating their performance in vitro and in vivo.

B) HEK293 cells were transfected and cultured for 72 hours before harvesting and protein
extraction. All candidates induced knockdown of SOD1, from 21% to 35% reduction in protein

In vitro screening of SOD1 miRNA candidates levels compared to a non-targeting miRNA control (Figure 4B).
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