MicroRNA Changes in the NurOwn® Phase 2 ALS Randomized
Clinical Trial: Relationship to Neuroprotection and Innate Immunity
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Background Results Discussion
MSC-NTF cells (NurOwn®) are autologous bone-marrow Increased CSF miR-132 and miR-146a after treatment > miR-132 is known to positively modulate axon
derived mesenchymal stem cells (MSC) induced to with MSC-NTF cells

_ _ and dendrite development and maturation in
secrete high levels of neurotrophic factors (NTFs).
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were administered by a single intrathecal injection to ALS 3 om i o » miR-132 is downregulated in the CSF of
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placebo-controlled trial to evaluate safety and efficacy Q gﬁﬂﬁﬁﬁ patients?.
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intrathecal MSC_-NTF cells transplantation. miRNAs and statistically significant decreases in
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determined by the ALSFRS-R score and c) placebo Placebo - ALS phase 2 study participants 2 weeks
patients. Levels of Caspase 3, MCP-1, SDF-1 and (n=9) &- [ following a single MSC-NTF  cell
Chitotriosidase (CHIT)-1 in CSF from each patient was . . | . transplantation.

measured using the Exigon platform. -

Caspase 3

Caspa Conclusions

> The biomarker data demonstrates
increases in CSF miR-132 and miR-146a
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> Additional MIRNA and biomarker
correlations will be examined In the

- 12-16 wks - 3-5 wks 0 24-26 wks 1:2:2 : 1:2:: : . .

) 10 momthe , o! o! ongoing NurOwn® Phase 3 ALS trial

mV5 = V6 mV5 V6
BMA: Bone Marrow Aspiration l Monthly visits Nurown® qucebo (N CT03280056 ) "

(n=26) (n=9)
Mean £ SEM * p<0.03 ** p<0.01 *** p< 0.001
i : i 1. Fatimy et al. Acta Neuropathologica, 2018. 4. lyer et al. PlosONE, 2012.
- . - 2. Freischmidt et al. Acta Neurpathologica, 2013. 5. Li-Fan et al. Cell 2010.
= Pre transplantatlon - POSt'tranSPIantatlon 3. Saba et al. Front Immunology, 2014.

Sponsored by BrainStorm Cell Therapeutics



