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Objective

To evaluate the safety and efficacy of transplantation of NurOwn® (MSC-NTF cells), autologous
bone marrow-derived mesenchymal stem cells (MSC) induced to secrete neurotrophic factors

(NTFs), in amyotrophic lateral sclerosis (ALS). ClinicalTrials.gov identifier; NCTO1777646. Mean ALSFRS-R Score ettty (er menty | P value e Temuen
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MSC-NTF cells secreting GDNF, BDNF, VEGF and HGF have been shown to have 3 A piecou Sa— Change in Peripheral CD4+
neuroprotective effects in-vitro and in animal models of neurodegenerative diseases, including % . poes Subiectztgg;;ﬁpg'giti CD25+ Lymphocytes
ALS. A prior phase 1/2 study showed a single intrathecal (IT) or intramuscular (IM) administration 2, |
of MSC-NTF cells to be safe and well tolerated, and several subjects receiving IT administration . 1 le Volume
showed stabilization of ALSFRS scores. » e Analysis
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Design/Methods

The study enrolled 14 ALS patients in three ascending dose cohorts. During a three month run-
in period, ALS Functional Rating Score-Revised (ALSFRS-R) and forced vital capacity (FVC)
were assessed monthly and bone marrow-derived MSC were isolated, expanded ex-vivo and
induced to secrete NTFs. Subjects then received a single dose of MSC-NTF cells via IT and IM
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BMA: Bone Marrow Aspiration : Monthly visits as measured by EMG for the run-in period, and for 3 and 6 months post-treatment.
P : s CO n C I u S I 0 n S No treatment related SAEs observed. All adverse
events resolved within 1-2d
Subject Disposition Demographic data > The study met its primary objective in demonstrating that a single simultaneous intrathecal (up to 2 million cells/kg) and intramuscular
er— | (up to 48 million cells to the upper arm) administration of MSC-NTF cells was safe and well-tolerated.
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