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Insights in Research Investor Summit

9:00 AM - 9:10 AM

Sunday, March 13, 2022

Opening Remarks

Muscular Dystrophy Focused Opportunities

9:10 AM - 9:30 AM

Regeneration from Within
Ryan Mitchell, PhD
Satellos Bioscience Inc.

8:30 AM - 9:50 AM

MyoGene Bio’s Gene Editing Therapy for Duchenne
Courtney Young, PhD
MyoGene Bio

9:50 AM - 10:10 AM

MyoArete’s Utrophin-Upregulation Small Molecules for Muscular Dystrophy
Tejvir S. Khurana, MD, PhD
MyoArete

10:10 AM - 10:30 AM

A Novel Platform for Non-Viral Targeted Delivery of Full-Length Dystrophin
to Dystrophic Muscle

Stanley C. Froehner, PhD

Myosana Therapeutics, Inc

Break

10:30 AM - 11:00 AM

11:00 AM - 11:20 AM

Anti-fibrotic joint injection to restore range of motion tfo patients with
arthrofibrosis (joint contracture)

Edward Ahn, PhD

Ortholevo

11:20 AM - 11:40 AM

Innovating Therapies for Neuromuscular and Heart Diseases
Casey Childers, PhD.
Kinea Bio

Other NMD Focused Opportunities

11:40 AM - 12:00 PM

Novel Small Molecules Rescue 3 mouse models of mitochondrial disease:
Leigh Syndrome, Friedreich's, and LHON

Gino Cortopassi, PhD

Myto Therapeutics

12:00 PM - 12:20 PM

Novel! Small Molecule Calcium Channel Gating Modifiers with Broad
Therapeutic Potential at the NiMJ

Stephen Meriney, PhD

University of Pittsburgh

Lunch on Your Own




12:20 PM - 1:30 PM

ALS Focused Opportunities

130 PM - 1:50 PM

Clene Nanomedicine, a Novel Approach to improving Neurological Function
Karen Ho, PhD
Clene Nanomedicine, Inc

1:50 PM - 2:10 PM

Patient-Based Drug Discovery for Neurodegenerative Diseases
Sam Alworth, PhD
AcuraStem

210 PM - 2:30 PM

Developing HDACE6 Inhibitors as Novel Therapeutics for ALS
Janice Kranz, PhD
Eikonizo Therapeutics, Inc

2:30 PM - 2:50 PM

Advanced predictive analytics for clinical trials
David Ennist, PhD
Origent Data Sciences

2:50 PM - 3:10 PM

Towards personalized medicine: DMD disease modeling with 3D muscle tissues
Nicholas Geisse, PhD
Curi Bio
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Association
MDA VENTURE PHILANTHROPY

DA RESEARGH DEPARTMENT

MDA Venture Philanthropy Program (MVP)

The MVP program targets investments supporting drug development for
neuromuscular disease in promising early-stage neuromuscular research,

serving to de-risk development and help enable a Series A funding.

MDA's MVP Program has funded: Aavanti, Myogene, Locana, AcuraStem,

Iron Horse (nVector).

FOR INDUSTRY FUNDING INQUIRIES, PLEASE EMAIL
BCRISWELL@MDAUSA.ORG.

MDA Research Team:

Sharon Hesterlee, PhD - Chief Research Officer
Angela Lek, PhD - VP of Research

Edritz Javelosa, PhD - Director, Research Portfolio
Evrim Atas, PhD - Director, Research Portfolio
Elizabeth Habeeb-Louks, MSc - Manager, Grants

Bryan Criswell - Manager, Grants


mailto:bcriswell@mdausa.org

Acurastem

PATIENT-BASED DRUG DISCOVERY

AcuraStem

Goals for Presentation
AcuraStem seeks to meet with investors,
funding organizations and collaborators that
can help with its mission to bring these
transformative treatments to patients.

Presenter Name
Sam Alworth, MS, MBA
Co-Founder and CEO

Contact
salworth@acurastem.com

Website

https://acurastem.com/




Company Profile | ,

Aquilu;‘[_ Pharmaceuticals

Aquilas Pharmaceuticals Stage

Indication Grants/Stipends, Angel
ALS

Therapeutic Platform
The company has a portfolio of very potent & proprietary matrix metalloproteinase (MMP)
inhibitors. This includes its lead dual acting MMP-2/-9 inhibitor (AQU-118) for the treatment of
ALS and neuropathic pain. AQU-118 is in late-stage, preclinical development and will enter
clinical development for the treatment of ALS in first quarter 2023.

Pipeline
Aquilus Pharmaceuticals (Aquilus) is a biotech company focused on the treatment and management of ALS, neuropathic pain and other
neurological disorders. The company has a portfolio of very potent & proprietary matrix metalloproteinase (MMP) inhibitors. This includes a
dual acting MMP-2/-9 inhibitor program (AQU-118) for the treatment of Amyotrophic Lateral Sclerosis (ALS) and neuropathic.Aquilus' dual active
MMP-2/-9 inhibitor affects various key inflammatory pathways that reduce nerve injury and cell death (apoptosis). It has exhibited very good
safety in mice, rats and dogs. Aquilus' primary strategy is to pursue clinical development of its lead MMP-2/-9 inhibitor, AQU-118, as a first in
class treatment for ALS. Aquilus plans to complete investigational new drug (IND) enabling studies for AQU-118 by the end of 2022 and submit

its completed IND to the FDA by the first quarter of 2023. Aquilus is looking for investors to help fund early clinical development of AQU-118 for
he treatment of ALS.

P Status Goals

Aquilus Pharmaceuticals has fully Aquilus is currently completing its IND enabling studies
issued composition of matter P for AQU-118 for the treatment of ALS. It currently has
- ' ' sufficient grant funding through a grant from the
around AQU 118 in the US‘ Canada fficient grant funding through a grant f the ALS
Europe, China, Japan, Russia, Korea, Association and a government grant to complete all of
Israel and Australia. It has filed new h nine IND oli dies. It h fle its ND
Teihod of usa [P for AGUSHE for the the remaining enabling studies. It hopes to file its
treatment of neurodegenerative application in the first quarter of 2023 and upon FDA
disorders. approval of the IND begin clinical testing of AQU-118 in
people with ALS (PALS). It is looking for either a series A
round or a biotech partner to help fund the proof of

concept clinical trial of AQU-118 in people with ALS.

Contact Name
Irving Sucholeiki, PhD

President

: Contact
Website

www.aqguiluspharma.com

sucholeiki@aquiluspharma.com




B CcLene

Clene Nanomedicine, Inc

Presenter Name

Karen Ho, PhD
Head, Translational Medicine

Jennifer Hotchkin
Head, Commercial

Goals for Presentation

Increase awareness and investor knowledge of
Clene’s progress in neurodegenerative disease
drug development and invite discussion for
potential partnership opportunities.

Contact
karen@clene.com




Curi Bio

Presenter Name
Nicholas Geisse, PhD

Goals for Presentation
Present Curi Bio as a scientific partner to accelerate late
stage preclinical research and provide more clinically-
relevant decision making using the "Curi Engine". -
"Match making" with investors possibly looking to pair
companies with other preclinical technologies or clinical
therapeutic modalities and/or delivery technologies in
the gene therapy space. - Partner with investors and
patient advocacy groups in the muscular disorder space
to help provide additional disease (tissue) models to the
industry.

Contact
nick@curibio.com




Presenter Name
Janice Kranz, PhD
Co-Founder and CSO

) Eikonizo

” Therapeutics

Goals for Presentation
| am primarily interested in learning if and how our story
resonates with the MDA IRIS audience. One of our goals
is to field as many tough questions as possible. We
hope our expanded data package will spark great
conversation around the therapeutic hypothesis, but we
also want to understand the perceived gaps in our data
package, or what needs to be more clearly
communicated. An additional overarching goal is to
engage MDA members to continue the conversation
throughout the conference and, ideally, afterwards as
well.

Contact
janice.kranz@eikonizo.com




Kinea Bio

Presenter Name
Casey Childers, DO, PhD
CEO

Lid o

KINEABIO

Goals for Presentation
We would like to introduce Kinea Bio to the NMD
community. Many of our founders have been involved in
the NMD community for decades, both in a research
and in a clinical sense. However, by combining their
expertise, they have the opportunity to produce a gene
therapy for multiple muscular dystrophies and other
indications. Our presentation will highlight the strengths
of our platform and give us an opportunity to answer
any questions that may arise. Ultimately, we would like
to attract investors and inform the attendees about
Kinea Bio.

Contact
casey@kineabio.com




Mito Therapeutics

Goals for Presentation

To introduce Investors to a new Mitochondrial-focused
therapeutic, that increases function and rescues
lethality in 3 mouse models of 3 different mitochondrial
diseases, Leigh Syndrome, Friedreich's ataxia, and
Leber's hereditary Optic Neuropathy

Presenter Name
Gino Cortopassi, PhD

Contact
gino@mytothera.com




MyoArete

Goals for Presentation
To present to potential investors

Presenter Name
Tejvir S. Khurana, MD, PhD.
Founder & CEO

Contact
tsk@pennmedicine.upenn.edu




MyoGene Bio

MyoGene Bio

Goals for Presentation
Networking and current seed funding raise to
supplement our awarded $3.4M CIRM grant to
advance preclinical development of MyoDys45-55 as
well as support additional large animal model

studies

Presenter Name
Courtney Young, PhD
Co-founder and CEO
Contact
csyoung@myogenebio.com
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yosana

Therapeutics

Myosana Therapeutics

Goals for Presentation

* Describe the properties of the Myosana platform
that target gene expression in skeletal and cardiac
muscle.

* Provide data demonstrating that multiple dosing
results in the expression of higher levels of full-
length dystrophin

* Present functional studies that demonstrate a
marked improvement in diaphragm muscle
contractile function in the mdx4v mouse model.

e |dentify investors for seed or Series A funding

Presenter Name
Stanley C Froehner, PhD
Co-Founder and Chairman

Contact

https://wwy sfroehner@myosanatherapeutics.com




ORIGENT

DATA SCIENCES

Origent Data Sciences

Goals for Presentation
|dentify investor(s) for our Series A round.

Presenter Name
David Ennist, PhD
CEO and Chief Science Officer

Contact
dennist@origent.com




oritholevo

Ortholevo

Goals for Presentation
We currently have early-stage funding from the
Department of Defense's medical research program's
Duchenne Muscular Dystrophy Research Program, and
we are seeking follow-on funding to expedite this
product's path to the clinic. By networking with
corporate BD parties and investors, we are aiming to
advance this product and grow our business by tapping
into the resources that the MDA RIS assembles.

Presenter Name
Edward Ahn, PhD

CEO
Contact

info@ortholevo.com

WWW.0rthe
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@ NEUROSYSTEMS

Stage

PathMaker Neurosystems, Inc
Grants/stipends, Angel

Indication
ALS

Therapeutic Platform

Recent research has established important links between ALS and motor neuron hyperexcitability. We have developed a novel non-invasive approach
that uses multi-site DCS (direct current stimulation) to suppress hyperexcitable spinal motor neurons. We have published (Mekhael 2019) the first direct
link between overexpression of a specific neuronal co-transporter and the emergence of spasticity, another condition associated with motor neuron
hyperexcitability. This Na-K-Cl cotransporter (NKCC1) is found on motor neurons and is involved in maintaining chloride gradient. We reported that our
non-invasive intervention suppresses NKCC1 levels and reduces spasticity. We have been applying our approach to ALS and have established the SOD1-
G93A mouse model at our lab. Initial studies with these mice show that stimulation with our multi-site DCS technology results in reduction of tremor,
slowing of disease progression, increased survival and improvement of motor function. We have characterized the effects of stimulation at a molecular
level, and have found that stimulation with our technology increases HSP70 protein expression levels, and decreases SOD1 protein expression levels.
Our MyoRegulator platform incorporates our multi-site DCS technology for human use, and has now completed two clinical trials in spasticity (post-
stroke), with a positive readout in both trials, thereby demonstrating safety and efficacy.

Pipeline
We are focused on advancing two first-in-class products based on our proprietary multi-site DCS technology, and these represent the first neuromodulation
devices for treating Spasticity and for treating ALS. Based on our foundational patent portfolio, PathMaker is developing an innovative pipeline of
neuromodulation products for treating serious neurological disorders:

MyoRegulator® is our company's™ first product, and provides a breakthrough non-invasive treatment for muscle spasticity. Spasticity is a common
condition seen in many patients suffering from stroke, ALS, cerebral palsy, multiple sclerosis, spinal cord injury and traumatic brain injury. MyoRegulator is
based on our proprietary DoubleStim® technology, which provides simultaneous non-invasive stimulation at spinal and peripheral sites, resulting in
suppression of hyperexcitable spinal circuits found in patients with spasticity.

ALSuppressor is our company's second product, and is the first neuromodulation device intended for the treatment of ALS. Important links between ALS
and motor neuron hyperexcitability have been documented, and our published work in NKCC1 suppression has led us to the application of our technology
to ALS. ALSuppressor has emerged from our proprietary DoubleStim® technology, and provides simultaneous non-invasive stimulation at multiple spinal
and peripheral sites, as well as bilateral stimulation.

P Status

PathMaker Neurosystems Inc. holds an exclusive, worldwide, life-of-patent-family
license from the City University of New York (CUNY) relating to the core
MyoRegulator technology and extensions thereof and covering PathMaker
implementations, including the MyoRegulator device and its application to ALS. 46

issued US and foreign patents protect MyoRegulator to date, including issued GOa |S

patents already covering this device in US, EU, Japan, China, Israel, Singapore and Our goals are to build awareness for our company
Mexico. A number of patents have already been filed covering application of our and of our novel approach to treating ALS using
proprietary approach to the treatment of ALS and related diseases. We have done neuronal hyperexcitability suppression. We are
freedom to operate analysis and it came back clean. We have registered working on an equity financing for commercial
trademarks protecting DoubleStim and MyoRegulator trademarks in both US and launch of our first product, and also looking to
EU. There is no other neuromodulation device at present that treats spasticity or identify strategic partners for our products - please

ALS, and MyoRegulator is expected to be the first. reach out for those interested.

Contact Name
Nader Yaghoubi, MD, PhD

CEO and Founder

Website Contact
WWW.pMNeuro.com




Company Profile

Pyn NOoVoO Stage
Early/startup

Indication
ALS, FTD, Alzheimer's (any disease of TDP43 mislocalization)

Therapeutic Platform
CHMP7/ESCRT3 pathway. Inhibition/loss of CHMP7 repairs nuclear pore dysfunction
and subsequent TDP43 loss of function. This makes it an “upstream” therapy for (95%
of sporadic ALS, FTD and 50% of Alzheimer's disease).

Pipeline
Antisense oligonucleotide, already developed, now undergoing safety testing. Validated efficacy in Sporadic iPS cell lines
(>30 different patients) C9orf72 iPS lines (>10 different patients)
To date the ASO is safe and provides highly specific knockdown in vivo ((mice and human spinal iPS cell lines) Already
tested in >30 different sporadic ALS iPS spinal cord preparations.
Additional candidate therapies: ShRNA, Trim Away protein degeneration of CHMP7.
To be developed: small molecular inhibitor.

IP Status Goals
Under review with PTO. Startup funding (requires brinks and motor NewCo,
First in class drug; No competing CEO, and CSO)

therapy/technology

Contact Name

Jeffrey D Rothstein, MD, PhD
Founder

Contact
jrothstein@jhmi.edu



Company Profile RAYA THERAPEUTIC /

A CURE FOR AL

Raya Therapeutic, Inc o with i

naication compounds in 2H/2023
Primary Focus ALS; also potential in two ultra-rare pediatric

indications (P3 2024).

Therapeutic Platform

Raya is perhaps the only company in the industry that planning to develop five clinical stage compounds each
with different mechanisms of action (MOA) targeting ALS. In addition to testing the drugs by themselves, the
company is planning to test them all in combination. | vitro (iPSC MN) and in vivo (SOD1 mouse) studies have
already started to test various combinations to look for synergistic effects. The most optimal combinations will
be tested in a P1B trial and if warranted in P3.

ALS is a heterogenous disease and it is likely going to take a combination of different drugs to help turn this
disease from a deadly one into a chronic one.

Molecule Molecule support Target Target support in Clinical Insights
in ALS models support in ALS | neurodegeneration models
models

RT1978 Orally bioavailable
EBB-penetrant
Good safety profile

RT2010 nfa +++ 4+ Orally bicavailable
BBB-penetrant
Good safety profile

RT1999 [+4+) [#++) [+44) Orally bioavailable
EBB-penetrant
Good safety profile
Open IND; ODD in ALS in both US &EU

RT1972 + ++ e+ Orally bioavailable
BBB-penetrant
Good safety profile

RT1968 ++ ++4 +44 Good safety profile
EBB-penetrant
+ 1 published study ++ a few published studies +++ 5+ published studies () unpublished studies
IP Status
3 of the 5 compounds have existing IP. All will be eligible Goals

for NCE and ODD exclusivity of 5 and 7 years respectively
(USA).

Raya is currently raising a Series B round
of $15-25M to get all five compounds
ready to start a P3 trial (single, dedicated
platform design).

Raya will be filing new IP on all the drugs in the coming
months.

Contact Name
Anjan Aralihalli, MBA, MSC

Founder

Website Contact
www.rayatherapeutic.com anjan@rayatherapeutic.com



mailto:anjan@rayatherapeutic.com
https://protect-us.mimecast.com/s/H248CpYmoyIZMyXSDEPaf?domain=rayatherapeutic.com

Satellos

bioscience

Satellos Bioscience, Inc

Presenter Name
Ryan Mitchell, PhD
Director of Business Development

Goals for Presentation

To increase awareness surrounding our innovative
approach to restoring impaired regeneration in
Duchenne through regulation of muscle stem cell
polarity.

Contact
rmitchell@satellos.com




— University of
Pittsburgh

University of Pittsburgh

Goals for Presentation
To present the background and preclinical data to
support the development of a small molecule Cav2
calcium channel gating modifier as a symptomatic
treatment for a variety of neuromuscular weakness
diseases and conditions that have a presynaptic
transmitter release deficit.

Presenter Name
Stephen Meriney, PhD
Professor, Department of
Neuroscience
Contact

meriney@pitt.edu






