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ABOUT EXOPHARM 

Exopharm Limited (ASX:EX1) is a clinical-stage Australian regenerative medicine company developing 

therapeutic exosome products as alternatives to stem-cell therapies. 

Exosomes are small particles naturally produced by cells, which deliver therapeutic ‘cargoes’ to other cells 

to reduce inflammation and promote regeneration. Exosomes are plentiful in our youth but decline with 

age. Recent research points to exosomes as a way to extend the number of healthy, functional years 

(extending health span).  

Exosomes secreted by stem cells could be used instead of stem-cell therapy with equal or greater benefit 

– and without the problems of stem-cell therapies. They could be used to deliver targeted ‘novel’ drugs 

and have potential as diagnostics. 

While trillions of exosomes are produced by stem cells, the real challenge is to ‘purify’ them as drug 

products. Exopharm owns a purification technology called Ligand-based Exosome Affinity Purification 

(LEAP). LEAP technology and associated know-how places Exopharm at the forefront of this emerging 

field worldwide. Exopharm is at clinical stage with pending and current trials for wound healing, dry aged-

related macular degeneration and osteoporosis. 

Exopharm was founded in 2013 by Dr Ian Dixon, co-founder of the ASX-listed stem-cell therapy developer 

Cynata Therapeutics. He was also a director of Cell Therapies, which produced adult stem cells for ASX-

listed stem cell company Mesoblast. Exopharm listed on the ASX in December 2018. 

 

FORWARD LOOKING STATEMENTS 

This announcement contains forward-looking statements which incorporate an element of uncertainty or 

risk, such as ‘intends’, ‘may’, ‘could’, ‘believes’, ‘estimates’, ‘targets’, ‘aims’, ‘plans’ or ‘expects’.  These 

statements are based on an evaluation of current corporate estimates, economic and operating 

conditions, as well as assumptions regarding future events.  These events are, as at the date of this 

announcement, expected to take place, but there cannot be any guarantee that such events will occur as 

anticipated or at all given that many of the events are outside of Exopharm’s control or subject to the 

success of the Development Program.  Furthermore, the Company is subject to several risks as disclosed 

in the Prospectus dated 6 November 2018. 

 

INHERENT RISKS OF INVESTMENT IN BIOTECHNOLOGY COMPANIES 

There are a number of inherent risks associated with the development of biopharmaceutical products to 

a marketable stage. The lengthy clinical trial process is designed to assess the safety and efficacy of a drug 

prior to commercialisation and a significant proportion of drugs fail one or both of these criteria. Other 

risks include uncertainty of patent protection and proprietary rights, whether patent applications and 

issued patents will offer adequate protection to enable product development, the obtaining of necessary 

drug regulatory authority approvals and difficulties caused by the rapid advancements in technology. 

Companies such as Exopharm are dependent on the success of their research and development projects 

and on the ability to attract funding to support these activities. Investment in research and development 

projects cannot be assessed on the same fundamentals as trading and manufacturing enterprises. 

Therefore, investment in companies specialising in drug development must be regarded as highly 

speculative. Exopharm strongly recommends that professional investment advice be sought prior to such 

investments. 
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IMPORTANT INFORMATION
• Purpose of presentation: This presentation (including this document, any related video or oral presentation, any question and answer session and any written or oral 

material discussed or distributed in relation to this presentation) has been prepared by Exopharm Limited (ACN 163 765 991) (Exopharm or Company). This 
presentation is intended for sophisticated or professional investors (as those terms are defined in the Corporations Act 2001 (Cth)), and their professional investment 
advisors and has been prepared for the sole purpose of providing general high-level information on Exopharm and its operations.

• Not an offer or solicitation: This presentation is not investment advice nor an offer to subscribe for securities or otherwise invest in Exopharm, and it should not be 
relied upon to make any investment decision.  

• Nature of presentation: This presentation is not a prospectus, product disclosure statement or other investment disclosure document, and the level of disclosure in 
this presentation is less than such disclosure documents.  This presentation does not purport to contain all of the information that a prospective investor may require to 
make an evaluation of Exopharm or its business activities and nothing in this presentation is, or is intended to be, a recommendation to invest in Exopharm.  Exopharm 
does not purport to give financial or investment advice.  No account has been taken of the objectives, financial situation or needs of any recipient of this presentation.  

• Forward-looking statements:  This presentation may contain forward-looking statements which may be predictive in nature and incorporate an element of uncertainty 
or risk, such as ‘intends’, ‘may’, ‘could’, ‘believes’, ‘estimates’, ‘targets’ or ‘expects’.  These statements are based on an evaluation of current economic and operating 
conditions, as well as assumptions regarding future events.  These events are, as at the date of this presentation, expected to take place, but there cannot be any 
guarantee that such will occur as anticipated, or at all, given that many of the events are outside Exopharm’s control.  The stated events may differ materially from 
results ultimately achieved.  Accordingly, neither Exopharm nor any of its directors, employees, contractors or advisors make any warranty or assurance that the results, 
performance or achievements expressed or implied by the forward-looking statements contained in this presentation will actually occur.  Further, other than as required 
by law, Exopharm may not update or revise any forward-looking statement if events subsequently occur or information subsequently becomes available that affects the 
original forward-looking statement.

• Disclaimer:  Neither Exopharm nor its officers, employees, contractors or advisors give any warranty or make any representation (express or implied) as to the accuracy, 
reliability, relevance or completeness of the material contained in this presentation.  Nothing contained in this presentation is, or may be relied upon as a promise, 
representation or warranty, whether as to the past or the future.  Except for statutory liability which cannot be excluded, Exopharm, its officers, employees, contractors 
and advisors expressly disclaim any responsibility for the accuracy or completeness of the material contained in this presentation and exclude all liability whatsoever 
(including in negligence) for any loss or damage which may be suffered by any person as a consequence of any information in this presentation or any error or omission 
therefrom. 

• Professional advice:  Recipients of this presentation should consider seeking appropriate professional financial, taxation and legal advice in reviewing the presentation 
and all other information with respect to Exopharm and evaluating its business, financial performance and operations.

• Confidentiality  and copyright: This presentation contains confidential and commercially sensitive information which is provided on a confidential basis.  Persons 
viewing this presentation must not disclose the presentation or its contents to any third parties other than for the purposes of obtaining professional financial, taxation 
or legal advice, or as required by law or court order.  Exopharm holds the copyright in this paper.  Except as permitted under the Copyright Act 1968 (Cth), this paper or 
any part thereof may not be reproduced without Exopharm’s written permission.
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Exopharm Ltd – Summary
Overview

• Exopharm is an Australian clinical stage biotechnology company with a rapidly-
developing technology platform for turning exosomes into medicines

• 24 staff (currently) based in Melbourne, Victoria
• Publicly-traded on the ASX (ASX:EX1) (listed Dec 2018)

Financials (as of 01/01/2020)
• 95.47 million shares outstanding with a market capitalisation of $24.8 million
• Cash balance of $5.88 million
• Quarterly burn rate (per Dec 4C) of $1.85 million

Priorities
• Leverage our unique access to exosomes to partner with established 

biopharmaceutical and cell therapy companies
• Advance early products through clinical trials
• Accelerate the development of our exosome generation, manufacturing and 

characterization technologies
• Add institutional investors/strategic partners to the share register

© Exopharm Ltd. 3



EVs: the Body’s Delivery Packets

© Exopharm Ltd. 4

Extra-cellular Vesicles (or EVs, also 
referred to as exosomes) are the 
key intracellular delivery 
mechanism

EV’s consist of three parts:

1. Address: External protein markers
that provide identifying information
about the donor and recipient cells

2. Package: Lipid bi-layer that holds the
EV in tact

3. Payload: The contents of the EV,
comprised of RNA fragments (often
miRNA), growth factors, and free
proteins

PROTEIN MARKERS
(addressing)

LIPID BI-LAYER
(packaging)

RNA, FACTORS
(payload)

DONOR CELL

Exosome 
release

Exosome 
uptake

RECIPIENT CELL



EV Therapies May Replace Cell Therapies

EVs from stem cells 
deliver their payloads to 
existing cells, reducing 
inflammation and 
promoting regeneration 
and healing by multiple 
mechanisms

Stem cells appear to 
work by orchestrating 
and guiding existing 
cells to heal and grow, 
rather than by 
replacing them

© Exopharm Ltd. 5

“In comparison to cell-based therapies, this cell-free regenerative 
strategy offers a lower risk and potentially higher scalablility” 
doi: 10.3390/cells7080110 2018

“In the cases where cells and their respective exosomes were 
studied in parallel, exosome treatment has demonstrated a 
similar or even superior therapeutic capacity to MSC 
treatment” 
doi: 10.3389/fcvm2017.00063 2017

Adult stem cell companies are pivoting their businesses 
to commercialize exosomes as therapeutics.



EVs are Capturing the Attention of the 
Therapies Markets – Recent Developments

Established Company EV Partner Interaction

Jazz Pharmaceuticals
(NASDAQ: JAZZ)
US$8.6 billion

Codiak Biosciences
Private
US

Access to Codiak’s exosome platform for cancer
through therapies

Undisclosed upfront with milestones 
exceeding $1 billion

Roche
(SWX: ROG)
CHF 271 billion

Puretech Health PLC
(LON: PRTC)
GBP 860 million

Milk-derived exosome technology

US$36 million upfront with milestones 
exceeding $1 billion

Bio-Techne Corp
(NASDAQ: TECH)
US$8.3 billion

Exosome Diagnostics, Inc.
Acquired

Acquisition of diagnostic technology

US$250 million upfront with additional 
US$325 million in milestones

© Exopharm Ltd. 6



Challenge: The Bottleneck Problem

Characterization

Analysis Release Efficacy

Manufacture

Purification Storage

Generation

Cell sources EV Engineering
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Trillions of exosomes are naturally produced in the
human body, yet the purification of these natural
nano-scale particles as a proper drug product is a
major challenge.

• “Despite these advances, a major bottleneck of MSC
(Mesenchymal stem cell) derived EV (MSC-EV) - based
applications in clinics is the inefficient production and
purification of clinical-grade EVs”*

• “Currently, there is no state-of-the-art technology to
isolate EVs, for either therapeutic application or basic
research.”**

References
* Liu et al Stem Cells, 2019, doi.org/10.1002/stem.2996
** Lener et al Journal of Extracellular Vesicles, 2015, 4: 30087



Solution:

© Exopharm Ltd. 8

Ligand-based
Exosome
Affinity 
Purification

Exopharm invented and owns all LEAP™ IP, 
patent applications and associated know-how

The LEAP technology is:

• Gentle and selective;

• Based on inexpensive materials;

• Highly scalable;

• Easily combinable with other manufacturing 
operations

LEAP Provides Exopharm a Substantial 
Competitive Advantage by:

1. Providing early access to EVs, allowing 
Exopharm to build additional know-
how and IP in the areas of EV 
generation and characterization

2. Supplying sufficient clinical grade 
material for multiple pre-clinical 
studies 

3. Positioning Exopharm as an ideal 
partner for incumbents interested 
in investing in EV therapies 



Companies Reviewed Planning First Trial for 2020
Clinical Trials Running:

1

1. Aegle Therapeutics
2. Alxerion Biotech
3. Anjarium Biosciences
4. Aruna Biomedical
5. Capricor Therapeutics
6. Codiak Biosciences
7. Evox Therapeutics
8. ExoCoBio
9. Exopharm Ltd
10. NeurExo Sciences
11. PureTech Health
12. ReNeuron
13. Tavec Pharma
14. Versatope Therapeutics

1. Aegle Therapeutics
2. Codiak Biosciences
3. Capricor Therapeutics
4. Evox Therapeutics

Exopharm Ltd
(first dosing Jan 2020)

Leading into Clinical Trials

© Exopharm Ltd. 9

Adult stem cell companies are pivoting their businesses 
to commercialize exosomes as therapeutics.

Companies Reviewed
Planning Clinical Trials:

5

1. Aegle Therapeutics
2. Alxerion Biotech
3. Anjarium Biosciences
4. Aruna Biomedical
5. Capricor Therapeutics
6. Codiak Biosciences
7. Evox Therapeutics
8. ExoCoBio
9. Exopharm Ltd
10. NeurExo Sciences
11. PureTech Health
12. ReNeuron
13. Tavec Pharma
14. Versatope Therapeutics

Aegle Therapeutics
Codiak Biosciences
Capricor Therapeutics
Evox Therapeutics
Exopharm Ltd

Companies Reviewed:
14

Aegle Therapeutics
Alxerion Biotech
Anjarium Biosciences
Aruna Biomedical
Capricor Therapeutics
Codiak Biosciences
Evox Therapeutics
ExoCoBio
Exopharm Ltd
NeurExo Sciences
PureTech Health
ReNeuron
Tavec Pharma
Versatope Therapeutics

LEAP has set off a 
virtuous circle of 
innovation that is 

accelerating 
Exopharm toward 

clinical applications 
of EVs

Manu-
facture

Character-
ization

Gener-
ation

DECEMBER 2019



Age-related EV Applications

© Exopharm Ltd. 10

Figure adapted from Jing et al 2018 
doi.org/10.1016/j.trsl.2018.01.005

“These chronic diseases account for 75% of 

our healthcare costs, amounting to 

approximately $3 trillion in costs last year 

alone.” “Given the diverse roles of blood-

borne EVs in modulating not only the 

immune response, but also angiogenesis 

and tissue regeneration, they likely play a 

key role in modulating the aging process.”

All major tissue areas …
Neurons, axons, dental, liver, skin, 
muscle, blood vessels (vascular 
disease), heart (cardiac),
pancreas, kidney, cartilage (joints), 
skeleton (bones) and other 
degenerative conditions



Reducing Mortality: Healthcare’s Success
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* Figures apply to 70+ year old's from High SDI countries
** YLL (Years of Life Lost) is a WHO-defined measure to calculate the total number of years a disease shortened the lives of a population.
Source: 2019 Institute for Health Metrics Evaluation. Used with permission. All rights reserved.



Reducing Disability: Healthcare’s Failure
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* For 70+ year old's from High SDI countries
** YLD (Years Lived with Disability) is a WHO-defined measure to calculate the total number of years a disease creates disability

weighted by the degree of disablement) in the lives of a population.
Source: 2019 Institute for Health Metrics Evaluation. Used with permission. All rights reserved.

Today, we are far 
more likely to 
experience years 
of disability than 
lose years to 
cardiovascular 
disease and 
cancer combined

Disability is rising

Disability 
improvement is 
our greatest 
unmet need



Hearing 2,562

Low back pain 2,476

Neck pain 996

Osteoarthritis 886

Vision 828

All other 832

Sources of Disability*: The Hot Spots

Sources of Disability YLD

1 Musculoskeletal disorders 5,045 

2 Sense organ diseases 3,535 

3 Cardiovascular diseases 3,249 

4 Neurological disorders 2,326 

5 Diabetes and kidney diseases 2,316 

6 Unintentional injuries 2,243 

7 Chronic respiratory diseases 2,089 

8 Mental disorders 1,526 

9 Other non-communicable diseases 1,241 

10 Skin and subcutaneous diseases 810 

All other 1,539

© Exopharm Ltd. 13

* Excluding cancer, for 70+ year old's from High SDI countries
Source: 2019 Institute for Health Metrics Evaluation. Used with permission. All rights reserved.



Sources of Disability: Can EV’s Help?

© Exopharm Ltd. 14

Disability Hot Spot YLD

Hearing 2,562

Low back pain 2,476

Neck pain 996

Osteoarthritis 886

Vision 828

Substantial evidence from animal studies 
shows that EV’s protect against damage and 
promote the repair of tissues across the body



PLEXOVAL I Update (autologous Plexaris)

20 participant Phase I study to evaluate 
the safety, tolerability and biological 
activity of Plexaris™ in a wound healing 
context

• Cohort 1: 15 participants - 42 day 
wound healing evaluation

• Cohort 2:  5 participants - 30 day 
biological activity assessment

Initial dosing began in January

Planning underway for Plexoval II –
Phase I study to evaluate Allogeneic 
Plexaris

© Exopharm Ltd. 15



Cevaris Pre-clinical Update

© Exopharm Ltd. 16

Cevaris products are isolated from mesenchymal stromal 
cells, previously referred to as “Exomere”

BioMAP® 
(Eurofins)

Diversity PLUS 
Data Report

• Cevaris is neither cytotoxic nor antiproliferative

• Changes in cell biomarkers positive for tissue 
remodelling, inflammation, immunomodulation

Mobility: Active 
studies in animals

• Joint 
• Muscle 
• Nerve

Sensory: Active 
studies in animals

• Eye 
• Hearing 
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Exopharm Ltd.
Refreshing Medicine, Today

We believe that 

1. EV treatments are an entirely new therapeutic modality that will 

reshape biomedicine in the years to come

2. EV medicines will help people worldwide overcome disabilities 

that accumulate later in life

3. Exopharm will be a world leader in the:

• Development and commercialization of technologies for 

generating, manufacturing, and characterizing EV’s 

• Clinical advancement of EV-based medicines

© Exopharm Ltd. 18



Development Summary Roadmap

© Exopharm Ltd. 19

2019 2020 2021 2022

Testing (in 
vitro, ex vivo)

Various

• ED
• Bladder control
• Cancer
• Autoimmune

• Autosomal 
conditions (orphan 
indications)

• Transplant rejection

Non-clinical 
(animal 
testing)

Wound healing

• Erectile Disfunction (ED)
• Bladder control
• Ocular (eye)

• Aging
• OA

Phase I

PLEXOVAL study 
with autologous 
Plexaris

Allogeneic Plexaris 
safety study

Cevaris safety studies
• Dry Age-related 

Macular Degeneration 
(AMD)

• ED
Phase IIa

• Dry AMD 
• ED

Phase IIb

Objective: One 
wholly-owned 

high value 
Phase IIb 

asset

2019 2020 2021 2022

Testing (in 
vitro, ex vivo)

Various

• ED
• Bladder control
• Cancer
• Autoimmune

• Autosomal 
conditions (orphan 
indications)

• Transplant rejection

Non-clinical 
(animal 
testing)

Wound healing

• Erectile Disfunction (ED)
• Bladder control
• Ocular (eye)

• Aging
• OA

Phase I

PLEXOVAL study 
with autologous 
Plexaris

Allogeneic Plexaris 
safety study

Cevaris safety studies
• Dry Age-related 

Macular Degeneration 
(AMD)

• ED
Phase IIa

• Dry AMD 
• ED

Phase IIb



Partnering is a Near-term Opportunity

© Exopharm Ltd. 20

Exopharm is a world leader in the exosome field
• Manufacturing: IP-protected, proprietary isolation and characterization
• Clinical leadership: First in human clinical trial for exosome-based 

medicine

Exopharm’s technology and products are multi-functional
• Capitalise on LEAP and other eVICI Technologies
• Multiple partnership deals are possible, because applications and 

indications are very diverse

There is strong interest in partnering in the exosome field 
internationally, with high-value deals already being done

Early deals with low pre-deal investment will generate non-
dilutive funding for Exopharm’s clinical program



Value Strategy

© Exopharm Ltd. 21

One Phase IIb clinical asset 

Leverage EV platform to drive one single, high value Phase 
IIb asset owned completely by EX1 (e.g. Opthea OPT-302)
• Low investment early work in Mobility and Sensory 

regenerative areas
• Limited number of de-risked Phase IIa human studies 

that will identify best Phase IIb asset

Partnering: all other products

Leverage EV platform to become cash positive and 
minimize dilution during clinical development
• Early partnerships in non-core therapeutic areas 

(cancer, neurology, cardiac, etc) and technologies 
(diagnostics

• Mid-stage partnerships to advance other Phase I and IIa
assets

Strategy: 

• Produce a high-
value, wholly owned 
clinical asset

• Generate early 
revenue and move 
to cash flow positive 

• Create multiple 
pathways to value

• Minimise equity 
dilution 



Leadership: Global corporate experience

© Exopharm Ltd. 22

Dr Patrick James
Analytics

Dr Andrew Coley
Research

Dr Lieven Huang
Business 

Development

Ivan Jasenko
Regulatory Affairs

Michael Whitmore
Manufacturing

Dr Angus Tester
Clinical Trials



Our Senior Team

© Exopharm Ltd. 23

Dr Gregor Lichtfuss
Chief Operating Officer

• Co-inventor of the LEAP technology, a patent-pending 
advance in exosome isolation

• Leads R&D, manufacturing, and clinical trials 

• Previous experience launching biotechnology 
companies

Dr Chris Baldwin
Chief Commercial Officer

• Twenty years experience in pharma, blood and plasma 
products, and medical devices

• Leads strategy, partnerships and marketing

• Strategy, sales and marketing experience across Asia 
Pacific, North America, and Europe

• Over 20 years experience in bringing cell-derived 
therapies to patients

• Founded Cynata Inc (now ASX:CYP) – a clinical-stage, 
world-wide leader in iPSC-derived cell therapy technology

• Co-inventor and original investor in Exopharm’s LEAP 
technology

Dr Ian Dixon
Founder
Managing Director



Conclusion

• EX1’s early IP for exosome isolation (LEAP Technology) is being 
leveraged to create a broad range of exosome manufacturing 
know-how and places EX1 at the front of the field worldwide

• EX1’s Plexaris exosome product is the first proprietary exosome-
based regenerative medicine to reach human clinical trials 
worldwide

• EX1’s team (25 people at present) has the broad manufacturing, 
analytic, IP, scientific and commercial experience to generate 
shareholder value

• EX1 is aiming to do multiple partnership deals with 
biopharmaceutical companies and build revenue and cashflow

© Exopharm Ltd. 24



Refreshing Medicine, Today

Exopharm Ltd (ASX-EX1)

Dr Chris Baldwin

Chief Commercial Officer
chris.baldwin@exopharm.com
+61 450 290 280

P: (+61) 3 9111 0026
Level 17, 31 Queen Street, 
Melbourne Victoria 3000

www.exopharm.com

Thank you




