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Amyotrophic Lateral Sclerosis (ALS)

Improving clinical trial outcomes
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* Enhanced clinical trial designs, including multi-arm, multi-stage platform trials, that
incorporate biomarkers of treatment responses will accelerate drug discovery and
increase trial participation,

insufficiency
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* Improved patient stratification and patient-reported outcome measures, including
home assessments, will improve the reliability and sensitivity of trial endpoints.
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Biomarkers — Diagnostic & Prognostic
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Objectives Methods
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patients (28) * Statistical analysis to obtain the
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Results (work in progress)

Control
(373)

MicroRNAs of Interest

miR-26a-1-3p
miR-361-5p
miR-224-5p
miR-152-3p
miR-7-2-3p
miR-93-3p
miR-206
miR-9-5p
miR-630
miR-3159
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Preliminary data
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Not related with ALS in the

literature

Negative regulation of interleukins,
heart rate and involved in myelin
maintenance

From mirbase
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Role unclear. Targets cancer-related
genes (especially evident in
papillary thyroid carcinoma)

Wu et al. 2019
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MyomiR that promotes re-

innervation and regeneration of
neuromuscular synapses

Different modulation according to
disease velocity (animal model)

Casolaetal. 2021
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