Focus Area: Targeted Therapeutics
for Auditory Regeneration
Reducing social isolation by improving
and restoring lost hearing

Our Goal

Background

Our goal for Focus Area Targeted
Therapeutics for Auditory Regeneration is
to identify, develop and deliver treatments
for patients with sensorineural hearing
loss through regenerative medicine and
targeted drug delivery. We are aiming high,
seeking restoration of auditory function, a
goal yet to be achieved in medicine.

Approximately one in three adults aged 65 to
74 suffer from hearing loss rising to half of
adults over 75.1 Current treatment options are
limited, meaning hearing loss significantly
impacts quality of life including social
isolation and reduced communication with
loved ones. We are developing potentially
revolutionary medicines to improve or even
restore hearing for patients with sensorineural
hearing loss.

Strategic Approach
We are investing in drug candidates combining targeted delivery technology and the potential for auditory
function regeneration:

FOCUS
Prioritizing novel therapeutic
options for sensorineural hearing
loss caused by cochlear damage.

ENRICH
Leveraging our R&D platform to
build a unique and differentiating
pipeline, targeting key inner
ear cells central to disease
pathophysiology.

EXPAND
Exploring next-generation
technologies and modalities
in-house and with external
partners including antisense
oligonucleotides and gene
therapies.

Our differentiated platform technologies include:

Otology research and
development capability and
unique pipeline

Safe, efficient and user-friendly
delivery of treatment based on
multiple modalities

Platform and capability to yield
innovative drug candidates with
regenerative potential

Pipeline
We are exploring
innovative modalities
to restore hearing.
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GSK-3: Glycogen synthase kinase-3, HDAC: Histone deacetylase, HB-EGF: Heparin-binding epidermal growth factor-like growth factor

Spotlight: Delivering regenerative medicine
directly into the ear
Astellas is rapidly becoming a leading center of regenerative medicine worldwide. In hearing
loss, the potential for regenerative medicine is immense, offering hope for life-changing
improvement through targeted, restorative treatment for patients who have no current
treatment options.
Key to the development of transformative therapies for hearing loss is an efficient and safe
drug delivery technology for transporting regenerative cells into the cochlea and middle ear.
A series of programs for otologic indications are planned, aiming for the recovery of auditory
function. Our lead program, FX-322, an inner ear progenitor cell activator for sensorineural
hearing loss, is currently in phase 2 clinical trials.

Current Status†
We are building a competitive pipeline in collaboration with expert partners and academia:
Current stage
Compound

Modality

Mechanism

Origin/partner

Indication

FX-322

Small
molecule

Inner ear progenitor cell
activator (GSK-3 inhibitor +
HDAC inhibitor)

*

ASP0598

Recombinant
protein

Recombinant HB-EGF for
regeneration of tympanic
membrane

*

Not disclosed

Not disclosed

Hair cell regeneration

Not disclosed*

Sensorineural
hearing loss

Not disclosed

Not disclosed

Multiple

In-house

Sensorineural
hearing loss

Pre-clinical/
research

Clinical
phase 1

Clinical
phase 2

Sensorineural
hearing loss
Chronic tympanic
membrane
perforation

GSK-3: Glycogen synthase kinase-3, HDAC: Histone deacetylase, HB-EGF: Heparin-binding epidermal growth factor-like growth factor.
† Accurate as of June 2020, * Programs developed under joint research.
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