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Trial of Reldesemtiv

Sponsor: Cytokinetics, Inc. 
Full Trial Name: A Phase 3, Multi-
Center, Double-Blind, Randomized,
Placebo-Controlled Trial to Evaluate
the Efficacy and Safety of
Reldesemtiv in Patients with
Amyotrophic Lateral Sclerosis (ALS) 
Trial Phase: 3 
Trial Length: Up to 13 months (8 in-
person visits) 
Drug to Placebo Ratio: 2:1 for 24
weeks, active drug only for 24 weeks 
Target: Troponin 
Science: Reldesemtiv aims to
activate troponin (a protein found in
muscles) by increasing its
responsiveness to calcium. When
calcium binds to troponin, muscle
fibers can contract with less effort,
which helps to relieve muscle
weakness and fatigue. 
Administration: 2 tablets twice a day 
Purpose: To assess the effect of
reldesemtiv on disease progression
and muscle weakness in people
living with ALS. 

Principal Investigator: Sabrina
Paganoni, MD, PhD  
Enrollment Contacts: Isabel Cepeda,
617-726-1880,
icepeda@mgh.harvard.edu; Max
Higgins, 617-643-2522,
mphiggins@mgh.harvard.edu 

Trial of BrainGate

Full Trial Name: BrainGate:
Feasibility Study of an Intracortical
Neural Interface System for Persons
with Tetraplegia 
Trial Length: 13 months
Patients who have weakness due to
motor neuron disease such as
amyotrophic lateral sclerosis (ALS)
and have no or limited use of their
hands are needed for an FDA
regulated research study to evaluate
a new technology which may allow
an individual with quadriplegia to
control a computer cursor and
assistive devices, like a robotic arm,
by thought. This study is invasive
and requires surgery. Research
sessions are run at participants’
residences, so to be eligible,
participants must live within 3 hours
drive of Boston, MA or Providence,
RI.

Principal Investigator: Leigh
Hochberg, MD, PhD 
Enrollment Contacts:
clinicaltrials@braingate.org,
neurotechnology@mgh.harvard.edu

Trial of SAR443820

Sponsor: Sanofi US Services Inc
Full Trial Name: A Phase 2,
multicenter, randomized, double-blind,
placebo-controlled study to evaluate
the efficacy and safety of SAR443820
in adult participants with amyotrophic
lateral sclerosis (ALS), followed by an
open-label extension
Trial Phase: 2
Trial Length: 108 weeks  
Drug to Placebo: 2:1, open label
extension (OLE) for last 82 weeks
Target: RIPK1 receptor
Science: SAR44380 inhibits a receptor
in your nervous system called RIPK1.
When RIPK1 is activated, it results in
inflammation and damage to your
cells. Because SAR443820 works by
blocking RIPK1, it may help reduce
inflammation and damage to cells in
your nervous system and interfere with
the pathway causing ALS.
Administration: Oral pill taken twice
daily
Purpose: To learn about the safety and
efficacy of SAR443820 in adults with a
diagnosis of Amyotrophic Lateral
Sclerosis (ALS) and to look at the level
and action of the study drug in the
body and what happens to this level
over time.  
Principal Investigator: Dr. Doreen Ho
Enrollment Contacts: Alison Clark,
617-726-4284,
aclark51@mgh.harvard.edu; and
Amrita Iyer, 617-643-9550,
aiyer2@mgh.harvard.edu
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Trial of RAPA-501 Cell Therapy for
ALS

Sponsor: Rapa Therapeutics, LLC 
Full Trial Name: Phase I Trial of Autologous Hybrid
TREG/Th2 Cell Therapy (RAPA-501) for Amyotrophic
Lateral Sclerosis 
Trial Phase: 1 
Trial Length: Up to 1 year (10-30 in-person visits) 
Drug to Placebo Ratio: Open Label (no placebo) 
Target: T-cells 
Science: In people with ALS, the body’s immune
system becomes imbalanced and appears to hasten
the loss of motor neurons in the brain and spinal cord.
Regulatory T-cells help reduce inflammation and
could lead to a more balanced immune system in
people with ALS. The goal of this study is to reduce
neuroinflammation, potentially slowing ALS
progression, using specially prepared regulatory T-
cells, called RAPA-501 cells.
RAPA-501 cells are created through a series of steps
by first taking the participant’s own blood though a
specialized IV (apheresis), then isolating regulatory T-
cells from the blood. Next, these regulatory T-cells
are grown under special conditions in a petri dish,
becoming RAPA-501 cells. The RAPA-501 cells are
then returned to the participant through an intravenous
infusion. Prior to the IV infusion of RAPA-501
cells, a low dose of chemotherapy is given to reduce
the body’s immune response and potentially
heighten the effects of the RAPA-501 cells.
Administration: 
(1) Apheresis (blood separation) to collect T-cells
(2) Intravenous (IV) infusion of low-dose
chemotherapy drugs (Cyclophosphamide and
Pentostatin)
(3) Intravenous (IV) infusion of the specialized RAPA-
501 cells
Purpose: The purpose of this study is to find out if
RAPA-501 cell therapy is safe in people living with
ALS. Two doses of RAPA-501 cells will be investigated
for safety.
Principal Investigator: Dr. James Berry 
Enrollment Contacts: Kelly Fisher, 617-726-9094,
kefisher@mgh.harvard.edu; Jacqueline Topping,  617-
643-6036, jtopping@mgh.harvard.edu

Trial of BIIB105 for ALS and polyQ-
ALS

Sponsor: Biogen MA Inc. 
Full Trial Name: A Phase 1 Multiple-Ascending-Dose
Study to Assess the Safety, Tolerability, and
Pharmacokinetics of BIIB105 Administered
Intrathecally to Adults with Amyotrophic Lateral
Sclerosis With or Without Poly-CAG Expansion in the
Ataxin-2 Gene 
Trial Phase: 1
Trial Length: 6-7 months (13 in-person visits)  
Drug to Placebo Ratio: 2:1 or 3:1, open label extension
(OLE) for 2 years
Target: ATXN2 protein 
Science: BIIB105 is an antisense oligonucleotide
(ASO) medication that may reduce the amount of
ATXN2 protein. By decreasing ATXN2, this may
prevent the accumulation of TDP-43 protein, which is
responsible for the death of motor neurons. 
Administration: Lumbar punctures (needle inserted
into spinal fluid in the lower spine to administer dose) 
Purpose: To learn about the safety and tolerability of
BIIB105 in adults with a diagnosis of Amyotrophic
Lateral Sclerosis (ALS) and to look at the level and
action of the study drug in the body and what happens
to this level over time.  

Principal Investigator: Dr. Suma Babu 
Enrollment Contacts: Gabriel Jacobs, 617-726-3015,
gjacobs@mgh.harvard.edu; Kush Mehta, 617-643-
5376, kmehta9@mgh.harvard.edu
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Stay Connected to ALS Research
Sign up for the MGH ALS Link to Stay
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https://lp.constantcontactpages.com/s
u/saTzwIp/ALSLink
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the Healey Center:

 
 
 
 
 
 
 

https://www.massgeneral.org/neurolo
gy/als/research/als-clinical-trials
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Trial of ABBV-CLS-7262

Sponsor: Calico Life Sciences
Full Trial Name: A Randomized, Double-Blind,
Placebo-Controlled Study to Assess
Safety, Tolerability, and Pharmacokinetics
Following Multiple Doses of
ABBV-CLS-7262 in Subjects with Amyotrophic
Lateral Sclerosis
Followed by an Active Treatment Extension
Trial Phase: Phase 1b
Trial Length: Up to 14 months (13 in-person visits)
Drug to Placebo: 4:1 for 4 weeks, active treatment
extension (ATE) for 44 weeks
Target: The eIF2-eIF2B complex is a protein
responsible for reducing stress and inflammation
in the body. In people with ALS, this protein is
altered and cannot perform its function. The study
drug ABBV-CLS-7262 binds to the protein and
restores functionality. ABBV-CLS-7262 aims to
reduce inflammation and therefore slow down ALS
progression. 
Administration: 1 sachet per day taken orally with
water
Purpose: To evaluate safety, tolerability,
pharmacokinetics, and ALS progression in people
while taking ABBV-CLS-7262. 

Principal Investigator: Doreen Ho, MD
Enrollment Contacts: Darshana Hari,  617-643-
3530, dhari@mgh.harvard.edu; Max Higgins,  617-
643-2522, mphiggins@mgh.harvard.edu

What phase is the trial?
Why is this medication being tested in ALS?
Is there a specific genetic target? 
How do I take the medication and how
often?
Does the trial have placebo?
Does the trial have an open label extension?
Am I allowed to take standard of care
mediations while in this trial?
What are the eligibility criteria of the trial?
 How long will I be in the trial? 
 How many visits and how often will I have
to come to the research center?
How long are the visits and what happens at
these visits?
Can I participate in the trial remotely or at a
research center closer to home?
Are there any tests or procedures done
during the trial?
What are the potential benefits and risks of
being in this clinical trial?
How will participation in the trial affect my
clinical care?
Are there any reimbursements for
participating in this trial?
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