Neuren Pharmaceuticals (NEU.AX)

First step to FDA approval met

FDA Acceptance

NEU’s North American partner, Acadia Pharmaceuticals’
(NASDAQ: ACAD), has announced that the FDA has accepted its
New Drug Application (NDA) for approval of trofinetide in Rett
Syndrome. The acceptance confirms that ACAD’s submission
included sufficient data to determine the drug’s safety and
efficacy, benefit/risk profile, that the drug label (package
insert) is appropriate and meets adequate manufacturing
standards. Under its agreement with ACAD, the NDA
acceptance triggers a US$10m payment to NEU.

Further revenues to flow?

The FDA has awarded the NDA Priority Review status which will
see a decision regarding approval in six-months (12 Mar 2023)
rather than the standard 10 months. Under its agreement with
ACAD, the first commercial sale triggers a S$40m milestone
payment to NEU. NEU is also to receive one-third of the market
value of a Rare Paediatric Disease Priority Review Voucher
(PRV) if granted by the FDA. PRVs may be awarded by the FDA
on approval of a drug for rare paediatric diseases. PRVs are
currently valued at ~US$100m, implying ~US$33m to NEU.

CY23 Watershed Year on Track

As previously flagged, CY23 promises to be a watershed year for
NEU. FDA approval and market entry will trigger further
milestone payments and commencement of sale royalties. In
MST’s view, recent R&D disappointments in ACAD’s R&D
portfolio are likely to see the company focus more resources to
the commercialisation of trofinetide. NEU is pursuing licensing
agreements of trofinetide in ex-NAM markets and plans to
announce the Phase 2 results of its other drug, NNZ-2591, over
CY23. All potentially offer significant milestones and licensing
revenues and valuation increments.

Valuation, Risks, Sensitivities

Our revised valuation of $8.72 per share (previously $6.84 ps) is
based on a 12-month forward risk-adjusted DCF. The uplift in
valuation reflects the impact of FDA acceptance with a 90%
probability of approval (previously 80%) and a faster ramp up
of US sales. MST notes the regulatory requirements and
commercialisation approach in ex-NAM markets are yet to be
confirmed. ACAD’s development of trofinetide in Fragile X
syndrome is also to be confirmed. As NNZ-2591 commences its
Phase 2 trials, efficacy and safety data are yet to be confirmed.
MST valuation assumptions may not be realised. The valuation
is subject to the usual biotech upside/downside risks as
outlined in the Valuation section on page 4.

For further NEU Research Reports please visit: www.mstaccess.com.au
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neuren

Neuren Pharmaceuticals is an ASX listed biotechnology
company developing drugs for debilitating
neurodevelopmental disorders. Trofinetide and NNZ-
2591 are targeting six disorders for which there are no
approved therapies. NEU’s US partner for trofinetide,
Acadia Pharmaceuticals (NASDAQ: ACAD), reported
positive Phase 3 trial results in Rett Syndrome in
Q4CY21. It has also reported acceptance of its IND for
FDA approval with a decision expected March 12 2023.
NNZ-2591’s Phase 2 trial program has commenced with
results expected over CY23. Board and management are
well credentialled.
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A$6.59

Market cap AS$845m

VELTEGTT NI BT AS8.72 (prev. $6.84)

Net cash June CY22 A$31.1m
Shares on issue 126m
Options/Rights 3m

Potential Milestones

e H2CY22 - Commence Prader-Willi Phase 2 trial

e (CY22/23 - ex-NAM Rett Syndrome licensing deals

e HI1CY23-FDA approval trofinetide in Rett Syndrome
e (Y23 -Results of the four Phase 2 NNZ-2591 trials

Share Price Performance (12 months)
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Exhibit 1 - MST Financial Summary

Neuren Pharmaceuticals Limited NEU-AU

Year end 31 December

MARKET DATA

Share Price A$ 6.59
52 week high / low AS 1.62-7.18
Valuation (12 month forward) A$ 8.72
Market capitalisation A$m 845
Shares on issue m 126
Options m 3
Other equity m -
Potential shares on issue (diluted) 129

INVESTMENT FUNDAMENTALS FY20 FY21 FY22E FY23E FY24E

EPS Reported (undiluted) ¢ (8.6) (6.6) (4.6) 80.7
EPS Underlying (undiluted) ¢ (8.6) (6.6) (4.6) 80.7
Underlying EPS growth % nim n/m nim nim
P/E Reported (undiluted) X nim nim nim nim
P/E at Valuation X nim nm nm nim
Dividend - - - -
Payout ratio % 0% 0% 0% 0%
Yield % - - - -
KEY RATIOS (A$) FY20 FY21 FY22E  FY23E
Forecast year end shares m 118 129 129 129
Market cap (Y/E / Spot) $m  775.0 849.9 8499 849.9
Net debt /(cash) $m (242 (36.8)  (32.2) (136.2)
Enterprise value $m  750.8 8131 817.7 3.7
EV/Sales x 9190 226.2 84.0 43
EVIEBITDA X (80.4)  (103.8) (176.8) 48
EV/EBIT X (80.4)  (103.8) (176.8) 48
Net debt / Enterprise Value X (0.0) (0.0) (0.0) 0.2)
Gearing (net debt / EBITDA) X 2.6 47 70 (0.9)
Operating cash flow per share $ (0.1) (0.1) (0.0 0.8
Price to operating cash flow X (95.9) (85.2) (178.8) 8.2
Free cash flow $m (8.1) (10.0) (4.8)  104.0
Free cash flow per share $ (0.07) (0.08)  (0.04) 0.81
Price to free cash flow X (95.9) (85.2) (178.5) 8.2
Free cash flow yield % 1.0% 12%  -0.6%  12.2%
Book value / share 0.21 0.30 0.25 1.06
Price to book (NAV) 320 1.7 26.4 6.2
NTA/ share 0.21 0.30 0.25 1.06
Price to NTA 320 1.7 26.4 6.2
EBITDA margin % n/m n/m n/m 89%
ROE (Average Equity) % n/m n/m n/m n/m
ROA (EBIT) % nim nm nm nim
Interest cover (EBIT / netinterest) n/m nim n/m 151.2
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Sep-21 Nov-21 Jan-22 Mar-22 May-22 Jul-22 Sep-22
PROFIT AND LOSS (A$) FY20 FY21 FY22E FY23E FY24E
Revenue & Other Income $m 038 3.6 97 1661 1165
Expenses $m (102) (11.4) (144) (185) (14.1)
EBITDA $m (93) (7.8) (46) 1476 1024
Depreciation & amortisation $m - - - - -
EBIT $m (93) (7.8) (46) 1476 1024
Net interest $m 0.1 0.0 0.4 1.0 30
Pretax Profit $m (92) (7.8) (43) 1486 1054
Tax expense $m - - (05) (446) (31.6)
Minorities $m - - - - -
Underlying NPAT $m (9.2 (7.8) (47) 1040 738
BALANCE SHEET (A$) FY20 FY21 FY22E FY23E FY24E
Cash $m 242 38 322 1362 2100
Receivables $m 08 3.3 038 9.0 57
Inventory $m - - - - -
PPE $m 0.0 0.0 0.0 0.0 0.0
Intangibles $m - - - - -
Other $m - - - - -
Total Assets $m 250 400 330 1452 2157
Payables $m 08 0.8 038 9.0 5.7
Borrowings $m - - - - -
Leases $m - - - - -
Provisions $m - - - - -
Other $m - - - - -
Total Liabilities $m 0.8 0.8 0.8 9.0 5.7
Shareholder's Equity $m 242 392 322 1362 2100
CASH FLOW (A$) FY20 FY21 FY22E FY23E FY24E
Receipts from customers $m - - 6.7 1070 1107
Payments to suppliers and employees  $m (14) @7 (29 (651) (52
R&D $m (78) (9.8) (114) (133) (8.9
Govt Grants, Rebates & Milestones $m 0.9 25 30 591 58
Interest $m 0.2 0.1 0.3 1.0 30
Tax $m - - (05) (446) (316)
Operating cash flow $m (8.1) (10.0) (4.8) 1040 73.8
Capex $m (0.0) (0.0) (0.0 -
Acquisitions $m - - - -
Other $m - - - -
Investing cash flow $m (0.0) (0.0) (0.0 - -
Borrowings $m - - - - -
Equity $m 191 222 (0.0 - -
Dividend $m - - - - -
Financing cash flow $m 191 222 (0.0) - -
Change in Cash / FX $m 11 122 (48) 1040 738
Year end cash $m 242 368 322 1362 2100
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FDA accepts NDA and awards priority review for approval
NEU’s North American partner, Acadia Pharmaceuticals’ (NASDAQ: ACAD) has announced that the FDA has:

- accepted its New Drug Application (NDA) for approval of trofinetide in Rett Syndrome. Under its
agreement with ACAD, NEU is to receive US$10m on meeting this milestone.

- granted a priority review of the application. The designation allows for a decision for approval within
6 months rather than the standard 10 months. ACAD has announced that the FDA has assigned a
Prescription Drug User Fee Act (PDUFA) date of 12 March 2023. FDA approval and market launch are
expected to trigger a second milestone payment from ACAD, with the agreement allowing for a
payment of US$40m on of the first commercial sale with further sales-based payments to follow.

Further advantages to flow:

- Fast Track Status and Orphan Drug Designation (ODD) have been awarded for the treatment of Rett
syndrome in the U.S. ODD offers extended market exclusivity of 7.5 years in paediatric diseases in the
US and in the EU, 12 years.

- Rare Paediatric Disease (RPD) designation has also been granted by the FDA. Upon FDA approval of a
product with RPD designation, the FDA may award a Priority Review Voucher (PRV), which can be
used to obtain priority review for a subsequent NDA application or be sold for use in other drug

applications. The current PRV value is ~US$100m. Under its agreement with ACAD, if the FDA awards
a PRV, NEU is eligible to receive one third of the value, currently~US$33m.

FDA approval to bring significant revenue streams for NEU

ACAD has the rights to develop and commercialise trofinetide in the North American markets for both Rett
and Fragile X syndrome. The US$455m agreement potentially allows for US$105m of development
milestones with US$350m of sales-based milestones and double digit, escalating tiered percentage royalties
on net sales. To date, ACAD’s focus has been on Rett Syndrome as the more advanced program. There has
not been any announcement regarding the on-going development in Fragile X.

Potential news flow over 2022/23

- Milestone payment of US$40m is payable on the first commercial sale

- USS$33m paymentto NEU as its one third entitlement of an estimated US$100m sale of PRV if awarded

- Salesto trigger double digit royalties on net sales

- Rest of World licensing news flow - NEU retains the rights to the data for use in commercialisation of
trofinetide in ex-NAM markets. In MST’s opinion, the NDA acceptance by the FDA and RPD designation
will strengthen potential licensing negotiations.

Valuation

Our revised valuation of $8.72 per share (previously $6.84ps) is based on a 12-month forward risk-adjusted
DCF. The increase in valuation reflects:

- A higher probability of approval. The FDA’s acceptance of the NDA brings a higher probability of
approval, as the trial moves further along the development timeline and reduces risk. MST assigned
an 80% probability of approval on the announcement of the successful Phase 3 trial. The average
success rate for approval of drugs for neurological diseases once regulatory submission of the NDA
has been approved is ~87%. MST has increased its probability of approval from 80% to 90%.
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- MST also notes that ACAD has announced a number of setbacks in its in-house R&D portfolio. Its
marketed drug, pimavanserin, was approved for the treatment of hallucinations and delusions
associated with Parkinson’s disease psychosis in 2016. ACAD has been seeking approval for its use in
hallucinations and delusions associated with dementia-related psychosis (DRP). ACAD recently
announced that it received its second Complete Response Letter from the FDA, stating the FDA
cannot approve the NDA in its current form.

In addition, ACAD has announced that it is discontinuing the development of its drug, ACP-044, in acute and
chronic pain following its Phase 2 trial in treatment of pain following bunionectomy. ACAD acquired the drug
through its US$52.5m acquisition of CerSci Therapeutics in 2020. Data for another ACAD drug candidate, ACP-
319, also did not support advancement to Phase 2 trials in a number of central nervous diseases

In MST’s view, the R&D pipeline disappointments place a greater focus on trofinetide and is likely to see the
assignment of additional ACAD resources to drive its marketing on approval. MST’s revised model assumes
the additional sales and marketing resources will see a faster ramp up of sales than previously assumed.

Risks and Sensitivities

The ACAD valuation is subject to the usual upside/downside risks and sensitivities around the assumptions
relating to clinical trial patient recruitment, timing, costs, regulatory approval, market entry, pricing, market
penetration and sales royalties/licensing payments.

Trofinetide in Rest of World/Fragile X

NEU plans to market trofinetide in EU and rest of world. Requirements regarding data to support European
Medicines Agency (EMA) approval of trofinetide in Rett Syndrome and other jurisdictions are yet to be
established. Further data may be required and bring costs and timing uncertainty.

The commercial arrangements of the ex-NAM markets are yet to be confirmed. Key assumptions include the
licensing of trofinetide’s ex-NAM rights on/or prior to FDA approval. NEU may choose to market the drugs in
certain markets, resulting in different revenue cost models.

ACAD is yet to confirm the ongoing development program for trofinetide in Fragile X syndrome, presenting
upside/downside risk to MST’s valuation assumptions.

NNZ-2591

MST assumes that NNZ-2591 is licensed on a positive Phase 2 data in CY23. As yet, there are no efficacy data
to support its effect in the clinical setting, presenting probability of approval and sales forecast challenges. In
MST’s view, approval of trofinetide presents upside risk to patient enrolment in NNZ-2591’s clinical trial
program. We believe that the widespread news of the success of the Rett Syndrome Phase 3 trials amongst
the patient and medical communities is likely to drive interest.

The failure to secure licensing agreements may see NEU assume the regulatory approval and
commercialisation roles. A change in commercialisation strategy may alter MST’s valuation assumptions with
possible extension of the forecast timelines, additional costs and upside/downside changes to the revenue
and profit forecasts.

The COVID pandemic presents as another risk. It has resulted in clinical trial delays with the abandonment of
some trials, noting that trofinetide’s Phase 3 trial in Rett syndrome was not delayed despite significant COVID
outbreaks during the trial.
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Disclaimers and Disclosures

MST Access is a registered business name of MST Financial Services Pty
Ltd (ACN 617 475 180 “MST Financial”) which is a limited liability
company incorporated in Australia on 10 April 2017 and holds an
Australian Financial Services Licence (Number: 500 557). This research is
issued in Australia through MST Access which is the research division of
MST Financial. The research and any access to it, is intended only for
"wholesale clients" within the meaning of the Corporations Act 2001 of
Australia. Any advice given by MST Access is general advice only and
does not take into account your personal circumstances, needs or
objectives. You should, before acting on this advice, consider the
appropriateness of the advice, having regard to your objectives,
financial situation and needs. If our advice relates to the acquisition, or
possible acquisition, of a financial product you should read any relevant
Product Disclosure Statement or like instrument.

This report has been commissioned by Neuren Pharmaceuticals and
prepared and issued by Rosemary Cummins of MST Access in
consideration of a fee payable by Neuren Pharmaceuticals. MST Access
receives fees from the company referred to in this document, for
research services and other financial services or advice we may provide
to that company

MST Financial also provides equity capital markets (“ECM”) and
corporate advisory services through its capital markets division, MST
Capital Markets (“MST Capital”). MST Capital provides these services to
a range of companies including clients of the MST Access service. As
such, MST Capital may in future provide ECM and/or corporate advisory
services to the company that is the subject of this research report and,
accordingly, may receive fees from the company for providing such
services. However, MST Financial has measures in place to ensure the
independence of its research division is maintained, including
information barriers between its Capital Markets and Research teams. In
addition, neither MST Access, not any of its research analysts, receive
any financial benefit that is based on the revenues generated by MST
Capital Markets or any other division of MST Financial.

The analyst has received assistance from the company in preparing this
document. The company has provided the analyst with communication
with senior management and information on the company and industry.
As part of due diligence, the analyst has independently and critically
reviewed the assistance and information provided by the company to
form the opinions expressed in the report. Diligent care has been taken
by the analyst to maintain an honest and fair objectivity in writing this
report and making the recommendation. Where MST Access has been
commissioned to prepare content and receives fees for its preparation,
please note that NO part of the fee, compensation or employee
remuneration paid will either directly or indirectly impact the content
provided.

Accuracy of content: All information used in the publication of this
report has been compiled from publicly available sources that are
believed to be reliable, however we do not guarantee the accuracy or
completeness of this report and have not sought for this information to
be independently certified. Opinions contained in this report represent
those of MST Access at the time of publication. Forward-looking
information or statements in this report contain information that is
based on assumptions, forecasts of future results and estimates of
amounts not yet determinable, and therefore involve known and
unknown risks, uncertainties and other factors which may cause the
actual results, performance or achievements of their subject matter to
be materially different from current expectations.

Exclusion of liability: To the fullest extent allowed by law, MST Access
shall not be liable for any direct, indirect or consequential losses, loss of
profits, damages, costs or expenses incurred or suffered by you arising
out or in connection with the access to, use of or reliance on any
information contained in this report. No guarantees or warranties
regarding accuracy, completeness or fitness for purpose are provided by
MST Access, and under no circumstances will any of MST Financials’
officers, representatives, associates or agents be liable for any loss or
damage, whether direct, incidental or consequential, caused by reliance
on or use of the content.
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General Advice Warning

MST Access Research may not be construed as personal advice or
recommendation. MST encourages investors to seek independent
financial advice regarding the suitability of investments for their
individual circumstances and recommends that investments be
independently evaluated. Investments involve risks and the value of any
investment or income may go down as well as up. Investors may not get
back the full amount invested. Past performance is not indicative of
future performance. Estimates of future performance are based on
assumptions that may not be realised. If provided, and unless otherwise
stated, the closing price provided is that of the primary exchange for the
issuer’s securities or investments. The information contained within
MST Access Research is published solely forinformation purposes and is
not a solicitation or offer to buy or sell any financial instrument or
participate in any trading or investment strategy. Analysis contained
within MST Access Research publications is based upon publicly
available information and may include numerous assumptions.
Investors should be aware that different assumptions can and do result
in materially different results.

MST Access Research is distributed only as may be permitted by law. It
is not intended for distribution or use by any person or entity located in
a jurisdiction where distribution, publication, availability or use would
be prohibited. MST makes no claim that MST Access Research content
may be lawfully viewed or accessed outside of Australia. Access to MST
Access Research content may not be legal for certain persons and in
certain jurisdictions. If you access this service or content from outside of
Australia, you are responsible for compliance with the laws of your
jurisdiction and/or the jurisdiction of the third party receiving such
content. MST Access Research is provided to our clients through our
proprietary research portal and distributed electronically by MST to its
MST Access clients. Some MST Access Research products may also be
made available to its clients via third party vendors or distributed
through alternative electronic means as a convenience. Such alternative
distribution methods are at MST’s discretion.

Access and Use

Any access to or use of MST Access Research is subject to the Terms and
Conditions of MST Access Research. By accessing or using MST Access
Research you hereby agree to be bound by our Terms and Conditions
and hereby consent to MST collecting and using your personal data
(including cookies) in accordance with our Privacy Policy
(https://mstfinancial.com.au/privacy-policy/), including for the purpose
of a) setting your preferences and b) collecting readership data so we
may deliver an improved and personalised service to you. If you do not
agree to our Terms and Conditions and/or if you do not wish to consent
to MST’s use of your personal data, please do not access this service.
Copyright of the information contained within MST Access Research
(including trademarks and service marks) are the property of their
respective owners. MST Access Research, video interviews and other
materials, or any portion thereof, may not be reprinted, reproduced,
sold or redistributed without the prior written consent of MST.

Level 13, 14 Martin Place, Sydney, NSW 2000
Main +61 2 8999 9988
www.mstfinancial.com.au
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