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N A S D A Q :  A T H X
Athersys (NASDAQ: ATHX) is an international biotechnology company that is focused in the field of
regenerative medicine. We are committed to the development of innovative and best-in-class
therapies designed to address areas of significant unmet medical need, and that have the potential
to extend and enhance the quality of human life.

We have established a portfolio of therapeutic product development programs focused on treating
neurological, inflammatory and immune, and other indications where there is an unmet medical
need, and we have a particular emphasis on the critical care area. Our MultiStem® (invimestrocel)
cell therapy, a patented and proprietary, “off-the-shelf” stem cell product, is our lead platform
product and is currently being evaluated in several clinical programs, the most advanced of which is
a Phase 3 clinical trial for treating stroke patients. This technology has received three Fast Track
designations (for stroke, ARDS, and transplant support), RMAT designation from the FDA, as well as
Sakigake designation in Japan.

Late-Stage Portfolio Targeting Areas of Substantial Unmet Need
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A stroke occurs when the blood supply is interrupted or
reduced to part of the brain. This prevents brain cells
from getting oxygen and nutrients, leading to cell death
and tissue loss within minutes. 

About 87% of all strokes are ischemic strokes.

Stroke is the leading cause of long-term serious
disability in the world.

Ischemic Stroke and Other Neurological Programs

Background Treatment

Clinical Development - U.S. + Europe

Pivotal, 300-patient, double-blind, randomized, placebo-
controlled study.

MultiStem is being administered between 18 - 36 hours of
the ischemic stroke, a treatment window defined by the
positive data from a subset of MASTERS-1 patients that
achieved an "Excellent Outcome" after their stroke at 90
days and one year.

The program has been granted several regulatory
designations meant to expedite approval, including: 

Fast Track Designation
RMAT (Regenerative Medicine Advanced Therapy) 
Final Scientific Advice position from the EMA
Special Protocol Assessment by the FDA.

We have steadily progressed our MASTERS-2 study,
including the initiation of new sites, including our first
sites outside of the U.S.

A twin study of the MASTERS-2 study, similar in design,
but with an older patient population in Japan.

Pivotal, double-blind, randomized, placebo-controlled
study. Enrolled 206 patients at leading stroke centers in
Japan.  Treatment was 18-36 hours after the ischemic
stroke. 

Topline results show evidence of therapeutic impact.

The primary endpoint, Excellent Outcome at 90 days, did
not reach statistical significance in this population.

Preliminary results suggest favorable readthrough to
Athersys’ MASTERS-2 study (enrolling 300 patients)

Sakigake designation in Japan, allowing for accelerated
approval under the regulatory framework for innovative
therapies.

Few treatments are available for treating ischemic stroke.

For the treatments available, all patients may not qualify,
and patients must receive these therapies within a short
time window after having a stroke.

Only a modest % of stroke patients arrive at the hospital in
time to receive remedies.

Athersys is developing MultiStem for the treatment of ischemic stroke, which may be
administered to a patient up to 36 hours after the stroke, based on prior clinical results. This
could dramatically extend the time window for therapy, potentially enabling up to 90-95% of
stroke patients to be eligible to receive the therapy.

We are conducting the MASTERS-2 study, a Phase 3
clinical trial evaluating MultiStem cell therapy for the
treatment of ischemic stroke. We expect to complete
enrollment by the end of 2022 or soon thereafter. 

Clinical Development - Japan

Our partner HEALIOS K.K. (Healios) has a license for
MultiStem in Japan and have finished enrollment in
the TREASURE study, evaluating MultiStem treatment
in ischemic stroke patients. Topline data was
announced in May 2022.



Acute respiratory distress syndrome (ARDS) is a serious
immunological and inflammatory condition
characterized by widespread inflammation in the lungs.

ARDS can be triggered by pneumonia, sepsis, or trauma
and represents a major cause of morbidity and mortality
in the critical care setting.

ARDS results in serious & sometimes lasting physical
and psychological effects such as PTSD, depression, &
anxiety, and pulmonary fibrosis/scarring.

Acute Respiratory Distress Syndrome (ARDS)

Background Treatment

Clinical Development - U.S. + Europe

Exploratory 30 patient study.
Double-blind, randomized, placebo-controlled study.
Primary Endpoint - Safety and Tolerability at 28 days.
Topline Results:

MultiStem patients experienced lower mortality,
fewer days on the ventilator, and less days in the
ICU than placebo patients during the 28-day
evaluation period.  
Treatment was well-tolerated with no serious
adverse events.

Double-blind, randomized, placebo-controlled.
Designed to enroll up to 400 subjects in the U.S.
Primary endpoints are ventilator-free days, safety and
tolerability at day 28.
Secondary endpoints include ranked hierarchical
composite outcome of alive and ventilator-free days at
day 28, and mortality and ventilator-free days at day 60.

Summary of the completed Phase 1/2 MUST-ARDS study:

Summary of the current Phase 2/3 MACOVIA study:

This open-label trial evaluated 30 patients with
pneumonia-induced ARDS with an additional 5 patient
cohort of COVID-19 induced ARDS.  

Summary of topline results:

MultiStem patients experienced lower mortality, fewer
days on the ventilator, and less days in the ICU than
placebo patients during the 28-day evaluation period. 
Treatment was well-tolerated with no serious adverse
events.
 These data are in line with the results from Athersys’
placebo-controlled MUST-ARDS study, conducted with
a similar patient population in the United States and
the United Kingdom.
Analyses of the pooled data of both studies reflect
positive benefit trends.

There are no currently approved treatments for ARDS.

ARDS has significant implications, as it may result in
prolonged intensive care unit (ICU) and hospital stays
and may also require convalescence in the hospital and
rehabilitation.

Many patients are placed on mechanical ventilation to
help them breathe, often requiring sedation.

Athersys has been studying the safety and efficacy of MultiStem therapy as a treatment for
subjects with moderate to severe ARDS. ARDS patients face a 30-50% mortality rate and ARDS
is the leading cause of death among COVID-19 patients that become seriously or critically ill.

We are conducting the MACoVIA study, a Phase 2/3
clinical trial to evaluate MultiStem for the treatment of
COVID-19 induced and other pathogen-induced ARDS
patients. This program has been granted Fast Track and
RMAT designation by the FDA due to promising data
from the MUST-ARDS study.

Clinical Development - Japan
Our partner Healios in Japan has completed its ONE-
BRIDGE study evaluating MultiStem in ARDS patients
and the study had encouraging results. MultiStem cell
therapy (HLCM051) has been designated in Japan as
an orphan regenerative medicine product for use in
the treatment of ARDS. 
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According to the Centers for Disease Control (CDC),
trauma is the leading cause of death for
individuals under the age of 45 & the third leading
cause of death in the United States.

This accounts for ~180,000 fatalities each year
& is also a leading cause of serious disability,
especially among young people that suffer
trauma and members of the military.

Trauma

Background Treatment

Clinical Development - U.S. + Europe

The objective of the clinical study is intended to evaluate the safety and effectiveness of MultiStem as a
therapy for severely injured trauma patients, and for the prevention and early treatment of complications after
severe traumatic injury.

The study is a randomized, double-blind, placebo-controlled Phase 2 clinical trial estimated to enroll
approximately 150 severely-injured trauma patients who have survived initial care and are admitted to the
intensive care unit.

These patients will be randomly assigned to receive MultiStem or placebo within hours of hospitalization,
and both groups will receive standard care for their injuries.

Current treatment for trauma is limited.

Treatments are needed to modulate the
inflammatory system to reduce the risk of SIRS
(Systemic Inflammatory Response Syndrome),
which may lead to further complications and organ
injury.

Approximately 2/3 of trauma patients will
experience SIRS.

Based on years of preclinical data, Athersys believes our technology has broad
potential applications in critical care medicine, including complications from trauma.
Types of trauma include blunt force injury to the body, such as falls, motor vehicle
accidents, or any type of penetrating injury.

We are conducting the MATRICS-1 study, a Phase 2 clinical trial in collaboration with the University of Texas Health
Science Center at Houston. The MATRICS-1 study will evaluate MultiStem cell therapy for early treatment and
prevention of complications after severe traumatic injury. This first-ever study of cell therapy for the treatment of
a wide range of traumatic injuries is being conducted at Memorial Hermann-Texas Medical Center, one of the
busiest Level 1 trauma centers in the United States, and will receive grant support from the Department of
Defense through the Medical Technology Enterprise Consortium (MTEC) and the Memorial Hermann Foundation.
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Topline results from the TREASURE study announced
by Healios in May 2022. 

Topline results show evidence of therapeutic
impact
The primary endpoint, Excellent Outcome at 90
days, did not reach statistical significance in this
population.
Athersys plans to support regulatory
engagement, including together with Healios in
Japan, to advance the ischemic stroke program
forward on its regulatory path.

Positive topline results from the ONE-BRIDGE study
announced by HEALIOS K.K. (Healios).

 ONE-BRIDGE details on pg. 3

       TREASURE details on pg. 2

Improved our collaboration with Healios and
optimized the structure of the relationship to help
drive commercial success for MultiStem therapy in
Japan.

Published additional important research findings
covering Multipotent Adult Progenitor Cells
(MAPC®) and Treg biology and MAPC mechanisms
of action, with references available on the
Company’s website.

Achieved a “Prime” corporate rating from
Institutional Shareholder Services Environmental,
Social and Governance (ISS ESG) for fulfilling the
requirements regarding sustainability performance
in the Pharmaceuticals & Biotechnology sector.
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