Tisch MS Research Center Of New York Reports Early Improvement In Stem Cell Trial
Interim Results Indicate Positive Efficacy Trends in FDA-Approved Phase I Clinical Stem Cell Trial For Patients with Multiple Sclerosis

Apr 23, 2015, 10:24 ET from Tisch MS Research Center of New York
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Mesenchymal stem cell harvested from the bone marrow of a patient with multiple sclerosis.

NEW YORK, April 23, 2015 /PRNewswire/ -- Tisch MS Research Center of New York (Tisch MSRCNY) today announced encouraging preliminary results from its FDA-approved Phase I trial using autologous neural stem cells in the treatment of multiple sclerosis (MS). MS is a chronic autoimmune disease of the central nervous system where the myelin sheath is attacked and neurodegeneration may occur. It affects more than 2.3 million people worldwide. The significant results were selected for presentation during the Multiple Sclerosis Highlights in the Field session at the 67th American Academy of Neurology (AAN) Annual Meeting in Washington, D.C.
Tisch MSRCNY research showed that in the interim analysis, six of nine patients are exhibiting increased motor strength, improved bladder function and an enhanced quality of life. Importantly, the treatments are well tolerated and thus far no serious adverse events were reported.
This preliminary data is encouraging because in addition to helping establish safety and tolerability, the trial is yielding some positive therapeutic results even at this early stage," said Dr. Saud A. Sadiq, Chief Research Scientist at Tisch MSRCNY and the study's principal investigator.  He cautioned however, that these results are an interim analysis and definitive conclusions will only be made upon completion of the trial.   
The study investigates a pioneering regenerative strategy using stem cells harvested from the patient's own bone marrow. These stem cells are injected intrathecally (into the cerebrospinal fluid surrounding the spinal cord) in 20 participants who meet the inclusion criteria for the trial. This is an open label safety and tolerability study and all activities are conducted at Tisch MS Research Center ofNew York and affiliated International Multiple Sclerosis Management Practice. The interim analysis reports on the first nine patients that have received at least one treatment of stem cells.
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Interim results of the Tisch MSRCNY stem cell trial presented at the AAN Meeting.


Study patient Vicky Gill, a married mother of two whose husband, Michael, also has MS, has already experienced the positive benefits of the therapy. "For the past six years, I would fall frequently, had very limited movement in my legs and always walked with my cane. After just two stem cell treatments, I am now gaining sensation and function I thought was totally lost, have not had any recent falls and at times don't need a cane at all."
Trial patients receive three rounds of injections at three month intervals. Safety and efficacy parameters will be evaluated in all patients through regular follow-up visits. Dr. Sadiq plans to continue and complete the Phase I study and if these positive trends continue, move on to a multi-center Phase II efficacy trial.
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Scientist from Tisch MSRCNY preparing stem cells for injection into a patient with MS as part of a Phase I clinical trial.
ABOUT TISCH MS RESEARCH CENTER OF NEW YORK
For over twenty years, Saud A. Sadiq, MD, FAAN has believed that combining excellence in clinical care with innovative research targeted at finding the cure for multiple sclerosis would set an exemplary standard in the treatment of MS patients.  Today, Tisch MS Research Center of New York embodies this new model of healthcare, with seamless interaction between the practice and the research. Dr. Sadiq and his team of scientists help those with MS by conducting cutting-edge, patient-based research to ensure unparalleled care. The unity of purpose and ease of communication between the non-profit research center and its affiliated clinical practice, the International Multiple Sclerosis Management Practice enables efficient testing of new MS treatments and accelerates the pace at which research discoveries move from lab bench to bedside. Tisch MS Research Center of New York aims to identify the disease trigger so that a cure for multiple sclerosis becomes reality.
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INTERIM ANALYSIS OF A PHASE | CLINICAL TRIAL INVESTIGATING INTRATHECAL ADMINISTRATION OF

MESENCHYMAL STEM CELL-NEURAL PROGENITORS IN MULTIPLE SCLEROSIS
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4 There is a criical unmet need to develop therapies that enable CNS repair in
multiple sclerosis (MS) patients.

% MSC-NPs (mesenchymal stem cell-derived neural progenitors) represent a neural
subpopulation of bone marrow-derived MSCs with reduced mesodermal
pluripotency and minimized risk of ectopic differentiation.
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 The initial cinical experience with autologous MSC-NPs in six MS patients also
supported the dosing, satey, feasibilty, and potentia efficacy of this therapeutic
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and tolerabilty study of autologous intrathecal MSC-NPs
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+The use of autologous neural progenitors (MSC-NP)

+ Intrathecal route of administration
+ Muliple dosing regimen
* Use of freshly harvested cells

To evaluate safety, tolerability, and preliminary efficacy of intrathecal
administrations of autologous MSC-NPs in multiple sclerosis.

Envoliment included 20 MS patients with established dsabilty (EDSS range 3510 8.5)
and elatively stable cisease as evidenced by less than 1.0 point change in EDSS i the last
yer, and stable MR dissase burdan it no snhancing esions inthe last s morths.
‘Autclogous MSC-NPs wers derved from bone marrow aspirates as previously descrbed and
subjeced to pre-adminstration quaty testing ncucing sterity, purty, ey, and

[P S e e

Table 3. Clincal Resuls

atient 0]

Clinical Results

137K

078ER  No cirical worsening or improvement noted.

©092RK s rangth
1213M  Marked bladder funcion improvement
153RG  Bladdar functon improvement.

o39akAtbaseine patient was 05 inlowr i

149v6

Improved muscl strength in ef upper lmb, with decresse in EDSS fom 8.5
to

Botor ambulation, improved endurance, and ncreased lower lmb muscle

. donsly g Movemei i gt
Jowar lmb now 1-25 inthree musce groups. Improved baddsr functi

" Improved endurance and balance. Ambulatn transtons

of cans to occasionsl use of cane. Improved bladdar functon,

d rom constant use

120LL N cinica worsening or improvement noted.

1278m

Improved bladderbowsl fnction and increased balance and mafor function
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Table 2. Adverse Events.

Summary of safety and tolerability

[# of MS patients who completed 1 MSC-NP administration

# of MS patients who completed 3 MSC-NP adminstrations
ncidence of significant adverse events.

ncidence of minor adverse events
(transient headache and/or fever <100°F)

20utofs
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6 out of 9 (headache)
1 out of 9 (fever)

Summary of efficacy
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137K none

stabiltytesting. MSC-NPs wers frashly harvested from calcuturs and administarad
Intrahecaly in hres doses of p to 10 milion cells per njecion, spaced three months sper,
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conductad during posttrestment followup and thus are not reportad here.
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Transient headache
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127NH | Transient headache

[# of patients for which follow-up data is avallable
(self reporting, neuro exam)

ncidence of cinical worsening In any category
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ncidence of QOL improvement (patient self-reporting)
incidence of Improved bladder function (patient self-
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“The MSC-NP tial i the first of ts kind to test intrathecal administration of

neural progenitors s a regeneraive therapy for MS.

In the short-term analysis the treatment appears safe and welltolerated.
Initial effcacy trends are encouraging and suggest possible benefitof this

treatment.
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