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Notices
CAUTIONARY NOTE REGARDING FORWARD-LOOKING STATEMENTS
This presentation contains information that may be forward-looking statements within the meaning of applicable securities laws. Forward-looking statements can be identified by the use of
terms such as “may”, “will”, “should”, “expect”, “plan”, “anticipate”, “believe”, “intend”, “estimate”, “predict”, “potential”, “continue” or other similar expressions concerning matters that are not
statements about the present or historical facts. Forward-looking statements in this presentation include, among other things, or statements about: our ability to conduct all required clinical
and nonclinical trials for CaPre, including the timing and results of those clinical trials; whether our recently announced non-binding term sheet with a Chinese pharmaceutical company to
commercialize CaPre in certain Asian countries will lead to a definitive agreement and any related payments to us; our strategy, future operations, prospects and the plans of our
management; the design, regulatory plan, timeline, costs and results of our clinical and nonclinical trials for CaPre; the timing and outcome of our meetings and discussions with the U.S.
Food and Drug Administration, or FDA; our planned regulatory filings for CaPre, and their timing; our expectation that our Bridging Study (as defined below) results will support our plan to
get authorization from the FDA to use its 505(b)(2) pathway with new chemical entity, or NCE, status towards a New Drug Application, or NDA, approval in the United States; the timing and
results from two competitor outcomes studies in high hypertriglyceridemia, or HTG, patients; the potential benefits and risks of CaPre as compared to other products in the pharmaceutical,
medical food and natural health products markets; our anticipated marketing advantages and product differentiation of CaPre and its potential to become a best-in-class omega-3, or OM3,
compound for the treatment of severe HTG; our estimates of the size of the potential market for CaPre, unmet medical needs in that market, the potential for market expansion, and the rate
and degree of market acceptance of CaPre if it reaches commercialization, and our ability to serve that market; the potential to expand CaPre’s indication for the treatment of high TGs; the
degree to which physicians would switch their patients to a product with CaPre’s target product profile; our strategy and ability to develop, commercialize and distribute CaPre in the United
States and elsewhere; the manufacturing scale-up of CaPre and the related timing; the availability, consistency and sources of our raw materials, including krill oil; our expectation to be able
to rely on third parties to manufacture CaPre whose manufacturing processes and facilities are in compliance with current good manufacturing practices, or cGMP; the potential for OM3s in
other cardiovascular medicine, or CVM, indications; and our intention to pursue development and/or distribution partnerships to support the development and commercialization of CaPre,
and to pursue strategic opportunities to provide capital and market access.
All forward-looking statements reflect on our beliefs and assumptions based on information available at the time the assumption was made and are expressly qualified in their entirety by
the foregoing and by the “Cautionary Note Regarding Forward-Looking Information” section contained in our latest annual report on form 20-F and our most recent management’s
discussion and analysis (MD&A), which are available on Edgar at sec.gov, Sedar at sedar.com, and the investor section of our website at www.acastipharma.com. All of the forward-looking
statements in this presentation are qualified by this cautionary statement. There can be no guarantee that the results or developments that we anticipate will be realized or, even if
substantially realized, that they will have the consequences or effects on our business, financial condition or results of operations that we anticipate. As a result, you should not place undue
reliance on the forward-looking statements. Except as required by applicable law, we do not undertake to update or amend any forward-looking statements, whether as a result of new
information, future events or otherwise. All forward-looking statements are made as of the date of this presentation. You should read the “Risk Factors” section of our public securities
filings with the Securities Exchange Commission and Canadian securities regulators, including our most recent annual report on form 20-F and most recent MD&A for an understanding of
the various factors that could negatively affect the accuracy of our forward-looking statements made in this presentation. This presentation is for informational purposes only and is not an
offering of securities..

COMPANY OVERVIEW

2

Overview of Acasti Pharma
Biopharmaceutical company: spun out of Neptune Technologies in 2008 to
develop innovative drugs for cardiometabolic diseases
Headquartered in Montreal, Quebec, Canada
Listed as ACST on TSXV and NASDAQ: first public offering late 2013
Phase 3 lead drug candidate, CaPre® is a uniquely formulated omega-3 (OM3)
phospholipid ester being developed to treat Hypertriglyceridemia (HTG):
Patented formulation cannot be synthesized or easily copied
Phase 1 and 2 clinical results indicate “best-in-class” potential
Initial indication for severe hypertriglyceridemia

Expanded Pharma Leadership Team: Board and management have
demonstrated success in global drug development, commercialization,
strategic partnering, and M&A
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Hypertriglyceridemia is a
Large and Undertreated Problem
Triglycerides (TGs)
Type of fat found in the blood; in excess stored in fat cells
Genetics, high fat diets, diabetes, obesity, smoking, and
sedentary habits can cause high TG levels

Hypertriglyceridemia: Levels elevated >150 mg/dL
40M people in US have TG levels >200mg/dL and should be treated
~4M people in US w/TG levels >500mg/dl (CaPre’s first indication)
at greater risk of diabetes, heart disease, renal failure, and pancreatitis

Clinical, epidemiological, genetic studies, and now REDUCE_IT, all suggest high levels of TGs
increase Coronary Artery Disease risk at essentially the same rate as bad cholesterol (LDL-C)1
Statins for high LDL-C, together with OM3s and/or fibrates for HTG, are now the standard of care:
While statins are widely used, <4% of HTG patients are prescribed a fibrate or OM3
Fibrates and niacin have been used to treat HTG, but both cause serious side effects
Physicians often recommend low potency/low purity fish oil dietary supplements in spite of limited benefits
1 Bhatt

et al. Rationale and design of REDUCE-IT: Reduction of Cardiovascular Events with Icosapent Ethyl–Intervention Trial. Clinical Cardiology. Vol 40, Issue 3. P. 133-137. March 2017
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Prescription (Rx) OM3s: Much Higher Purity and
Potency Compared to Dietary Supplements (DS)
DS OM3 differ from Rx OM3s in significant ways:
DS often contain triglycerides; not recommended for HTG patients
DS may contain other impurities, and relative safety is unknown
DS contain significantly lower levels of OM3s than Rx OM3s (up to 40 capsules may be required
to achieve equivalent dose of an Rx OM3)1; formulations are very different and may affect efficacy
DS are not regulated for safety, efficacy, content, quality and consistency by the same standards
as pharmaceutical agents, and therefore cannot make health claims
DS are not reimbursable by insurance, and the cost per equivalent dose can be significantly (3 –
20 fold) higher than the co-pay for covered Rx OM3s1
1 Source

Amarain’s Vascepa website www.vascepa.com, tab “prescriptions vs. supplements”

COMPANY OVERVIEW

5

: Novel Omega-3 (OM3) Formulation Combining
Phospholipids and Free Fatty Acid Forms of EPA and DHA

§ A novel formulation of polyunsaturated fatty acids, primarily OM3s (principally EPA
and DHA), delivered as phospholipid esters and free fatty acids for rapid absorption
§ Essential components are extracted, highly purified and concentrated from krill, which
are naturally rich in OM3 phospholipids
§ Krill → Raw Krill oil (RKO) → NKPL66 (Drug Substance/API) → CaPre (Drug Product)
§ CaPre is supplied as a 1-gram hard-gel capsule for oral administration
§ Each 1 gram capsule of CaPre® contains approximately 310 mg of EPA and DHA
(expressed as free fatty acids) – 4 grams/day is recommended therapeutic dose

First indication: treatment of severe hypertriglyceridemia
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Therapeutic (Rx) OM3 Fish Oil Competitors

By

By

4 grams EPA + DHA ethyl ester
Launched in 2005, now several
generics available

4 grams EPA ethyl ester
Launched in 2013, has ~30% market share1
Sponsored REDUCE-IT outcomes trial

1IMS/IQVIA

By

4 grams EPA + DHA free fatty acids
Approved, but not yet launched,
Sponsored STRENGTH outcomes trial

unit audit data from secondary market research conducted for Acasti in July, 2018 by Destum Partners.
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CaPre’s Phospholipid Free Fatty Acid Composition
Delivers Superior Absorption vs. Competitor Rx OM3s

Prescription OM3s
Are Poorly Absorbed
with Low Fat Diet

Rx OM3 fish oils are typically
“esterified” to remove
undesirable TGs
But, esterified OM3s have a
significant food effect –
require a high fat meal for
optimal absorption;
An issue for people
with elevated TGs

Potent Composition,
Efficient Absorption

More than 60% of OM3s
in CaPre are bound to
phospholipids from krill
Remainder are free fatty acids
Both forms are more
efficiently absorbed than
esterified OM3s, meaning
the need for LESS OM3s for
the same effect

Advantage: CaPre
has no food effect

Fish Oil
Competitors

CaPre has shown no
significant food effect
This means the fat content of
a meal does not impact
absorption like competitors
with esterified products

CaPre (Krill Oil)

Important as HTG patients
need to follow low fat diets
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CaPre Has Been Studied in 773 Patients to Date;
Phase 3 is On-Going in ~500 Patients
From 2013 to 2016: In two Phase 1 and two Phase 2 clinical studies, CaPre has demonstrated:

• Good bioavailability even under fasting conditions, no significant food effect
• Significantly lowers triglycerides (TGs) and non-HDL-C
• No deleterious effects on LDL-C (“bad cholesterol”); potential to reduce LDL-C
• Potential to increase HDL-C (“good cholesterol”)
• No safety concerns
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CaPre May Deliver a More Complete Lipid Management
Solution for Patients with Severe HTG¹
Therapeutic Effect
Drug Composition

Products

TG

LDL-C

HDL-C

NONHDL-C

HbA1C

EPA + DHA Omega-3

None

Phospholipids/Free Fatty Acids

EPA + DHA Omega-3
Ethyl Esters

EPA only Omega-3
Ethyl Esters

EPA + DHA Omega-3
Free Fatty Acids

Food
Effect

LOVAZA &
Generics

Significant

VASCEPA

Significant

EPANOVA

None

¹ In Phase 2 clinical studies, CaPre showed positive effects on TGs, HDL-C, non-HDL-C and HbA1c,
and no deleterious effects (and potentially positive effects) were noted on LDL-C; especially at
4g. Competitor information from prescription information and SEC company filings.

Positive effect

Negative effect

Neutral effect

COMPANY OVERVIEW

10

CaPre Could Fill a Significant Unmet Medical Need
KOLs/HVPs were asked to assess the level of unmet medical need for treating
patients with HTG based on current treatment options¹
100% of physicians interviews indicate moderate to high level of unmet medical need
associated with treating HTG. Various reasons for dissatisfaction specifically with OM3s were
due to perceived insufficient TG lowering, negative LDL-C effects, GI effects, and fishy taste¹
60%

20%
0%

Low

20%

0%

Low to Moderate

Moderate

Moderate to High

High

Physicians interviewed said they would switch ~68% of their high HTG
patients and 82% of their severe HTG patients to CaPre within 2 years¹
¹ Qualitative market research with Key Opinion Leaders (KOLs) and High Volume Prescribers (HVPs) conducted for Acasti in November, 2017 by Destum Partners, an
independent market research firm. See “Schedule A” for details on the methodology used and key underlying assumptions.
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TRILOGY Phase 3 Program:
505(b)(2) Expected to Reduce Time, Cost and Risk
Clinical program reviewed and clarified with FDA; site initiation and patient recruitment underway
Long term (1 year) safety data not required – PK safety bridge successfully established with
LOVAZA, supporting 505(b)(2) pathway
Two Phase 3 clinical studies – 6 months duration, run in parallel
Multi-center, placebo controlled, randomized, double-blind design
~250 patients per trial, total ~500 patients
Primary endpoint: determine efficacy of CaPre 4g/day in lowering TGs in severe HTG patients with
levels between 500 – 1500 mg/dl, and confirm safety
Numerous secondary and exploratory endpoints: designed to assess effect of CaPre on the lipid
profile and certain metabolic, inflammatory and cardiovascular risk markers (basis for possible
expanded claims and future indications)
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$2.3 Billion Global Rx OM3 Market for HTG1
• US is currently the largest market
for Rx OM3s – poised for
substantial growth
• ~$456M existing market in Asia
($400M in Japan)2; expansion likely
with positive outcome trials

2015 Global Market - $2.3 Billion2

$456M

• Greenfield opportunity in China:
•

HTG is large and growing problem

•

No marketed OM3 products yet,
but Vascepa in development

$1.1B
$750M

• European authorities currently
require an outcome trial for OM3
market approval
¹ 2015 data expressed in US dollars
2 2015 GOED proprietary research; Global EPA and DHA Pharmaceutical Spending by Region

NORTH AMERICA
EUROPE
ASIA PACIFIC
(JAPAN)
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Attractive US Rx OM3 Market for Treating HTG
Large, underserved market; HTG affects ~one-third of the U.S. population1
Only 3.6% of patients with TG ≥200 mg/dl are treated with TG lowering meds1,2
Stable market currently with ~5 million scripts written each year2
Currently only two marketed branded competitors (LOVAZA & VASCEPA)
LOVAZA generics available2, EPANOVA approved but not launched
Market is shifting away from generics3; >70% of scripts were for branded products in 20174
While some generic switching still occurs at pharmacy, generics reached peak share in
20153 and have been on a steady decline since, while branded share is increasing
Attractive pricing and reimbursement4
WAC for branded products: US$270 - $300/mo. and $117 - $199/mo. for generics5
Pharmacy Benefit Managers offer “Preferred Brand” status (Tier 2 or Tier 3), without
significant restrictions (i.e. no prior authorization, step edits, or high co-payments)4
1 Ford,

Archives of Internal Medicine, 2009; 169(6):572-578 | 2 Kapoor and Miller, ACC, 2016 | 3IMS IQVIA audit data from Destum Partners, an independent market research firm
dated July 2018 | 4 Qualitative market research conducted for Acasti in November, 2017 by Destum Partners. See “Schedule A” for details on the methodology used and key
underlying assumptions | 5 Redbook Prices at Wholesale Acquisition Cost (WAC)
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Opportunity Post-REDUCE-IT for OM3 Market Expansion
CaPre Could Benefit with Best-in-Class Data
Diabetes Epidemic

Assuming REDUCE-IT and STRENGTH outcome
trial results are positive, doctors interviewed1
estimated that they would increase their own
prescribing of OM3s by the following rates:

Obesity Epidemic

Aging US Population
Evidence suggests potential for OM3s
in other cardiometabolic indications
1Qualitative

market research with Key Opinion Leaders (KOLs) and High
Volume Prescribers (HVPs) conducted for Acasti in November, 2017 by
Destum Partners, an independent market research firm. See “Schedule A” for
details on the methodology used and key underlying assumptions.

43%

35%

Mild to Mod HTG
(200-499 mg/dL)

Severe HTG
( 500 mg/dL)

Potential for 10-fold increase in total # treatable
patients if outcome trials are positive2,3,4
2Ford,

Archives of Internal Medicine, 2009; 169(6):572-578
and Miller, ACC, 2016
4Christian et al, Am. J. Cardiology, 2011
3Kapoor
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Benchmark Example with Statins: Superior Efficacy
Can Drive Market Leadership
LIPITOR achieved 42% market share and ~$8 billion in sales by the
end of 2002 based on superior efficacy WITH NO OUTCOME DATA

Launch: September 1987

Launch: January 1992

Launch: January 1997

Peak Annual Sales:
$2 Billion USD

Peak Annual Sales:
$7 Billion USD

Peak Annual Sales:
$13 Billion USD

Outcomes Study:
None

Outcomes Study:
4S Study – Post MI

Outcomes Study:
None at launch, ASCOT
2003
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Acasti’s Strong and Growing IP Portfolio
Ex-U.S.

U.S. Market

Broad “Composition of Matter” claims allowed
comprising phospholipid content between 60% - 99%

Broad “Composition of Matter” claims allowed
with claims similar to ex-US.

“Method of Treatment” claims allowed
encompassing a phospholipid content >66% for
reducing TGs and treating HTG

“Method of Treatment” claims allowed. Recently
expanded to >60% phospholipid content
Process patents filed

Patent “Concentrated Therapeutic Phospholipid Composition” has been filed in
more than 20 jurisdictions including Europe, North America, Asia, and Australia:
>20 patents issued/allowed
Numerous additional patent applications pending
Patent protection until at least 2030
We have additional protection through industrial trade secrets and know-how
Unlike fish oil based products, CaPre’s proprietary formulation cannot be chemically
synthesized or easily copied
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cGMP Manufacturing Process Has Been Scaled
to Meet Projected Early Commercial Forecasts

RKO

NKPL66
(Drug substance)
Extraction,
Decantation

CaPre
(Drug product)
Encapsulation
& Banding

Packaging:
Blisters and
Bottles

Clinical /
Commercial
Distribution

CaPre is manufactured under strict cGMP as per 21 CFR parts 210 and 211:
Developed as a new molecular entity using robust, unique Quality-by-Design manufacturing process
Proprietary process with small footprint (future patents, trade secrets, and know-how)
Acasti’s CMOs are all cGMP compliant (manufacturing and packaging sites)
Scale up completed from 10-15 kg batch size to 100 kg/day (~20 tons/year)
Additional scale up to 200 tons/year being planned
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CaPre Development Timeline and Key Milestones
Calendar Year

2016

Phase 3 Prep

Mfg Scale-up and
Clinical Study Planning

FDA Meetings
(Clinical and CMC)
Phase 3 Program
Key Acasti Clinical
Milestones

2017

2018

2019

2021

2022

FDA Mtgs

Conduct Two Phase 3 Trials
(Double Blind, Placebo Controlled)
Initiate cGMP
File IND
Clinical Lot amendment and
Builds
initiate sites

Enroll
patients

End
Enrollment

NDA Prep, Submission,
Review and NDA Approval

End DB
Last Patient

Top Line
&
Final
Results

NDA Preparation

Commercial Launch
Key External
Milestones

2020

NDA Review
and Approval
Launch Preparations

REDUCE-IT
Results

LAUNCH

STRENGTH
Results
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Investment Summary
CaPre is a Phase 3 Asset: topline results expected before the end of 2019
§
§
§

Four clinical trials involving 773 patients demonstrated positive results, phase 3 underway
Potential “best-in-class” benefits and a more complete “trifecta” lipid management solution, plus no “food effect”
505(b)(2) pathway speeds development by leveraging extensive safety database of LOVAZA

$2.3 Billion Global Prescription OM3 Market (2015)
§
§

Five million scripts written annually; branded products gaining market share while generic share is declining
CaPre’s initial indication targets 3 - 4M patients with severe HTG in the US

Underserved Market with Significant Expansion Opportunity
§
§

HTG affects about one-third of the U.S. population, however less than 4% currently receive treatment
Opportunity to expand to 40M US patients with TGs >200; validated by positive REDUCE-IT outcome trial results

Global IP Portfolio Has Created Strong Barriers to Competition: Novel Formulation
§
§
§

Patented phospholipid ester/free fatty acid formulation is key to “trifecta” clinical profile and no “food effect”
More than 20 issued and numerous pending patents; protection until at least 2030 with extensions likely
Plus proprietary manufacturing processes, methods, trade-secrets and know-how

Late Stage Drug Assets are Rare and Valuable
§
§
§

Acasti is currently developing opportunities for multiple commercialization partnerships
Initial focus on major pharmaceutical companies in Ex-US markets; US direct strategy
Acasti is now fully funded through to topline Phase 3 results, giving us more leverage in partner negotiations
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Thank You!
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