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Amyotrophic Lateral Sclerosis (ALS) is a progressive neurodegenerative disease characterized
by the degeneration of upper motor neurons in the brain and lower motor neurons in the
spinal cord, which are responsible for voluntary muscle movement. Due to the heterogeneity
of the disease and the lack of biomarkers the diagnosis of the patients and pharmacological
response is intricate. [1, 2]

Current experimental models do not reflect on this diversity, therefore a model consisting of
samples extracted from patients is essential to characterize the pathology. Considering the
degeneration in ALS is multisystem, an analysis of lymphoblasts from blood samples is
proposed. [3, 4]

Here we have studied protein aggregation in healthy controls, sporadic and familiar patients,
characterizing the pathological aggregation. We are observing that the proteinopathy aspect
of sporadic ALS is manifested in this model. By turbidimetry measurements of protein
extracts, a difference in the total amount of protein aggregation comparing patients with
healthy controls is shown. Moreover, this methodology enables a rapid evaluation of
promising drug candidates, and we show here how some of them are able to rescue the
pathologic aggregation of the patients.
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Figure 1. Scheme representing our project methodology and the process of protein
aggregation over time with our lymphoblastic lines
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