Neuren Pharmaceuticals (NEU)

Neuren delivers its 2" CY21 tick in a watershed year

NNZ-2591 receives its second tick for CY21

e NEU hasreported positive results of its Phase 1 safety trial of NNZ-2591
which is being developed for Phelan-McDermid, Angelman and Pitt
Hopkins syndromes. The success paves the way to submission of an
Investigational New Drug (IND) application to the US Food and Drug
Administration (FDA) to begin Phase 2 trials, planned to start in
H2CY21.

e In January 2021, the company received a positive decision on its
applications to the European Medicines Agency (EMA) for NNZ-2591
Orphan Designation in its three targeted syndromes. Orphan drug
status carries a number of benefits including 10 year market
exclusivity, +2 years if granted paediatric use extension of patent life.
FDA Orphan drug status of 7 years +6 month paediatric extension has
also been granted.

CY21 to crystallise trofinetide value

e Topline Phase 3 results of trofinetide in Rett Syndrome are expected
to be announced in late CY21. MST estimates that positive results will
lead to US$25m milestone payment from its partner, ACAD
Pharmaceuticals (NASDAQ:ACAD) over CY22. The licensing deal
includes potential US$455m in milestone payments and 10+% sales
royalties for Rett and Fragile X Syndromes for the North American
market (NAM).

e  OverCY21, MST assumes that NEU will confirm licensing arrangements
for the ex NAM rights including Europe and major Asian markets. MST
estimates a US$15m upfront payment over CY21. Positive results of
the ACAD trials are expected to drive further milestones and royalty
flows with the progression to EU and other market approvals.

e  MST estimates assume that positive results in trofinetide’s Phase 3
trials and NNZ-2591’s Phase 2 trial will trigger milestone payments
over CY21-CY23 of ~A$146m, almost equal to its current market cap.

Valuation Uplift

MST valuation of the NEU pipeline is based on a risk adjusted DCF.
Progression to Phase 2 sees the probability increase to 25%, (previously
19%) taking the NEU valuation to A$433m from A$398m ($3.68ps fully
diluted). Including cash of $24m, a value of AS457m is almost 3X the current
market cap of $165m. In MST’s view, CY21 potential news flow including
the start of Phase 2 NNZ-2591 trials, positive topline Phase 3 trial results
and licensing deal/s for exNAM trofinetide rights in Rett/Fragile X
syndromes will close the valuation gap. Risks include clinical trial timing,
demonstration of drug safety & efficacy to support key global markets
approvals and trigger licensing agreements with milestone payments/
sales royalties from both ACAD and expected new licensing partners.
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Neuren Pharmaceuticals is an ASX listed
biotechnology company developing drugs for
debilitating neurodevelopmental disorders.

Trofinetide and NNZ-2591 are targeting five
disorders for which there are no approved
therapies. Trofinetide Phase Ill trial results in
Rett Syndrome are expected in late CY21, NNZ-
2591 to enter Phase 2 trials over CY21.

Board and management are well-
credentialled with in-depth experience in drug
development and commercialisation.

ASX: NEU
Primary Exchange ASX

AS$1.40
Market cap AS$165m

A$3.68 diluted

Valuation (per share)

Net cash (31/12/20) A$24.1m
Shares onissue 114.6m
Options/Rights 3m

e  H1CY21 Submit IND for Phase 2 trials of
NNZ-2591

e  H2CY21 Commence Phase 2 trial

e Late CY21 Topline Phase Ill results
trofinetide in Rett Syndrome
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Ilnvestment Thesis

Crystallising portfolio value CY21/CY22

In MST’s view, there is a disconnect between the stage of development and market potential of NEU’s assets
and its current valuation (See NEU report Nov 5 2020). Continued positive newsflow of significant near term
milestones is likely to see a material re assessment.

The probability of a drug receiving approval increases as it progresses along the development path. With
the announcement of the positive Phase 1 trials of NNZ-2591 and its likely progression to Phase 2 trials, MST
DCF valuation has been adjusted to reflect a higher probability of success (from 19% to 25%) of NNZ-2591 in
the three targeted syndromes. The uplift sees a DCF valuation of $433m (previously $398m). Including cash
of $24m, the updated valuation of AS457m is almost 3X NEU’s current market cap of $165m.

Over the period of CY21-CY23, by MST estimates positive results in trofinetide’s Phase 3 trials and NNZ-
2591’s Phase 2 trial will trigger milestone payments over CY21-CY23 of ~A$146m, almost equal to its current
market cap.

Other CY21 Potential Value Drivers

The results of the Phase 3 trial NEU’S other drug candidate, trofinetide are expected in late CY21. ACAD has
licensed the NAM rights of trofinetide in both Rett and Fragile X syndrome with milestone payments of up
US$4455m and royalties of 10%+. Positive topline data results in CY21 are expected to lead FDA approval in
CY22 and trigger a milestone payment of MSTe US$25m over CY22.

NEU retains the rights of trofinetide for ex NAM markets. Over CY21, licensing deal/s for these markets are
expected to be confirmed with an estimated upfront payment of US$15m. Release of positive topline Phase
3 data may deliver a higher payment.

CY21/22 Potential Value Drivers
Significant value-adding events are expected over the next two years
o (Y21 Positive Phase 3 results of trofinetide in Rett Syndrome
e (CY21/22 Licensing agreements/upfront payments for trofinetide ex NAM
e CY22  FDA approval of trofinetide in Rett syndrome
e (Y22 USmarketentry of trofinetide in Rett syndrome
e (CY22  ACAD announce plans for development of trofinetide in Fragile X Syndrome
e (CY22  Release of Phase 2 results for NNZ-2591 in the three conditions

e (CY22  Licensing agreement for NNZ-2591 post positive Phase 2 trials
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ICY21 - a watershed year

NNZ-2591 Phase 1 results pave the way to Phase 2

NEU has announced positive results in its first clinical trial of NNZ-2591. Two double-blind placebo-
controlled cohorts of eight healthy adult volunteers were dosed orally twice per day for seven days. In each
cohort, six subjects received NNZ-2591 and two subjects received placebo. Each cohort was titrated up to
the target dose, with the target dose in the second cohort double the target dose in the first cohort.

The twice daily oral dosing for seven days was well tolerated at all dose levels tested and importantly at
doses expected to be within the effective therapeutic range. All subjects completed dosing, apart from one
subject on lowest dose. There were no clinically significant findings with respect to safety laboratory tests,
vital signs, or cardiac tests. The pharmacokinetic analyses are ongoing. All adverse events (AEs) were mild or
moderate and resolved during the trial with no Serious Adverse Events.

The data will now form part of the Investigational New Drug (IND) application to the US FDA to support
approval to commence Phase 2 trials in children Phelan-McDermid, Angelman and Pitt Hopkins syndromes.

Steps to Phase 2 trials
NEU plans to undertake a Type C meeting with the FDA to discuss requirements prior to lodging its IND
submission. The steps to trial commencement include;
e EU Orphan Drug decision for NNZ-2591 v/
e Results Phase I clinical trial of NNZ-2591 healthy adult volunteers v
e Drugsubstance for trials completed and released
e Type C Meeting with FDA to discuss IND submission
e  Submit IND application to FDA
e Drug product for trials completed and released
e IND approval from FDA
e Commence Phase 2 trials in H2CY21 with results in CY22

From a funding perspective, NEU had a cash balance of A$24.1m as of 31 December 2020. With ACAD
funding the Phase 3 Rett Syndrome trials, NEU believes it has funding to continue development over the
Phase 2 trial to the release of the Phase 2 data.

Trofinetide Phase 3 Trial Results
Positive Phase 3 Rett syndrome data are expected to trigger two revenue streams for NEU.
1. Acadia Pharmaceuticals NAM Licensing Agreement Milestone/Royalty payments
In total, NEU’s agreement with ACAD includes milestone payments of US$455m for both Rett and Fragile X
syndromes. US$105m are based on developmental milestones with some US$350m contingent on sales

performance. MST’s sales royalty estimates range from 10% to 12%.

The MST model assumes a total of US$S50m milestones for Rett Syndrome on FDA approval and market
entry. Sales revenues are expected to trigger 10% royalty payments on net sales.

ACAD also holds the rights for trofinetide in Fragile X syndrome in NAM markets. Post the Rett Syndrome
results’ read out, management is likely to announce its development plans, creating further interest.
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2. ex NAM Licensing Milestones /Royalties Rett and Fragile X Syndromes

NEU retains the rights for trofinetide in ex-NAM markets. Its agreement with ACAD allows the use of all the
trofinetide technical, clinical, and regulatory data to seek approval and commercialise the drug in countries
outside North America for both Rett Syndrome and Fragile X.

Prior to or on positive topline Phase 3 trials in the US, the MST valuation assumes NEU will finalise a
licensing deal that will include both Rett syndrome and Fragile X syndromes for rest of world markets. ACAD
trials have only been conducted in the US. The terms of the deal are likely to vary depending on the timing of
the deal. Regulatory authorities such as the EU and Japan may require additional data or bridging studies.
The MST valuation model assumes an agreement is negotiated prior to the Phase 3 results readout, with an
upfront payment of US$15m. The uncertainty of the results and the potential for further trials are likely to
see an agreement that is weighted to achievement of later milestones such as approval in the key exNAM
markets, market entry and sales performance. If NEU awaits the Phase 3 data read out, a higher upfront
payment would be likely.

Market advantages for potential suitors of trofinetide and NNZ-2591

Both drugs offer advantages that are likely to be of interest to potential partners. From a market competitive
position, there are no approved treatments for the targeted conditions. From a regulatory perspective,
trofinetide and NNZ-2591 are targeting rare paediatric conditions. Trofinetide has US and EU Orphan Drug
status in Rett Syndrome and NNZ-2591 has US and EU Orphan Drug status for all three conditions. The
classification offers a number of advantages including extended market exclusivity of 7 years and 10 years
with extensions of 6 months and 2 years respectively in paediatric conditions. ACAD is a likely suitor.

IRisks, Sensitivities & Valuation

The valuation of NEU has been derived from a risk adjusted DCF. The investment case is based on the use of
trofinetide and NNZ-2591 in the nominated indications. No value has been ascribed to other potential
clinical indications. The valuation is subject to the usual sensitivities and risks of new drug development and
commercialisation of its two drug candidates. These include confirmation of drug safety and efficacy in the
nominated conditions, clinical trial timing and regulatory approval in the key global markets, confirmation
licensing agreements and milestone payments/ sales royalties from both ACAD and expected new licensing
partners. The COVID pandemic has resulted in clinical trial delays and in some circumstances abandonment
of the trial. ACAD and potential new partners may experience delay.

ACAD’s Phase 3 trofinetide trial is only being conducted in the US. There is risk that the European Medicines
Agency and other regulatory bodies may require European / local clinical trial data, adding cost and delay to
market entry.

The expected commercial performance is based on a number of assumptions such as market entry, pricing,
market penetration, sales royalties. The assumptions present upside and downside risk. The failure to
secure partners may see NEU assume the regulatory filings and marketing/distribution role which is likely to
see an extension of the forecast timelines, additional costs and changes to the revenue forecasts.

MST’s risk adjusted DCF presents a valuation of NEU at A$433m, A$3.68ps fully diluted. With cash reserves of
AS$24.1m the implied enterprise value of AS457m compares to a market capitalisation of AS165m, share price
of A$1.40. MST believes that positive Phase 3 trial results and other expected news will result in a significant
re-rating of the stock over CY21.
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Exhibit 1 - MST Forecast Financial Summary

NEUREN PHARMACEUTICALS

Year ending 31 December AS000

STATEMENT OF COMPREHENSIVE INCOME 2018A 2019A 2020E 2021E 2022 202
Revenue

Liceninsg Revenue 13,544 21,750 58,000 65,833
Australian R&D tax incentive 446 495 591 931 2,793 2,793
Gross Profit 13,098 300 591 22,681 60,793 68,626
Expenses

R&D -6,101 -9,858 -6,583 -10,000 -10,000
Administration -2,074 -1,713 -1,480 -1,421 -1,463 -1,507
Other -3,921 -261

Amortisation of intangibles -72 -72 -72 =72 =72 -72
Depreciation -6 -6 -6 -6 -6 -6
Operating profit (loss) 1,002 -12,686 -7,550 11,182 49,252 67,041
Interest received 218 389 164 242 357 854
Interest Paid

Net Interest Received 218 389 164 242 357 854
Profit (loss) before income tax 3,073 -10,816 -7,386 11,424 49,609 67,895
Income tax expense

Total preh profit (loss) attributabl 3,073 -10,816 -7,386 11,424 49,609 67,895
Marginal tax rate

Profit after tax 3,073 -10,816 -7,386 11,424 49,609 67,895
STATEMENT OF FINANCIAL POSITION 2018A 2019A 2020E 21E 2E 2023E
Current Assets

Trade and other receivables 942 522 522 522 522 522
Cash and cash equivalents 23,576 13,844 24,188 35,690 85,377 153,350
Other 2,121 2,516 2,097 2,360 2,282
Total current assets 26,639 14,396 27,226 38,309 88,259 156,154
Non-Current Assets

Property, plant and equipment 2 10 10 10 10 10
Intangible Assets 1

Total non-current assets 3 10 10 10 10 10
Total Assets 26,639 14,406 27,236 38,319 88,269 156,164
Current Liabilities

Trade and other payables 1,973 559 559 559 559 559
Total current lial 1,973 559 559 559 559 559
Non-Current Liabilities

Total Liabilities 1,973 559 559 559 559 559
Net Assets 24,669 13,847 26,677 37,760 87,710 155,605
Minority Interst

Net assets attributable 24,669 13,847 26,677 37,760 87,710 155,605
Equity 126,426 126,426 146,642 146,642 146,642 146,642
Other Reserves -8,497 -8,503 -8,503 -8,503 -8,503 -8,503
Accumulated Deficit -93,260 -104,076 -111,462 -100,038 -50,429 17,466
Total Equity 24,669 13,847 26,677 38,101 87,710 155,605
STATEMENT OF CASH FLOWS 2018A 2019A 2020E 21E 2022E 2023E
License Agreement Receipts 13,544 21,750 58,000 65,833
Tax paid

Australian R&D Tax Incentive Receipts 631 450 591 931 2,793 2,793
Interest Received 165 413 164 242 357 854
GST Refunded 95 102

Payments for Employees and Admin,Corp Costs -1,909 -1,742 -2,250 -1,421 -1,463 -1,507
R&D and Other Payments -6,118 -10,942 -6,583 -10,000 -10,000 0
Net Cash Flow from Operating Activities 6408 -11719 -8,078 11,502 49,687 67,973
Net Cash Flow from Investing Activities

Cash Flows from Financing Acti

Proceeds from Issue of Shares 11,730 1,860 20,216

Payments of Shares Issue Expenses -16 -1,075

Net Cash Provided from Financing Acitivites 11,714 1,860 19,141

FX changes -719

Net Increase/Decrease in cash 18,122 -9,871 10,344 11,502 49,687 67,973
Cash equivalents at beginning of year 4,706 23,576 13,844 24,188 35,690 85,377
Cash & equivalents at end of year 23,576 13,844 24,188 35,690 85,377 153,350

Source: Company reports, MST assumptions
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Disclaimers

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 Limited and prepared and issued by Rosemary Cummins of MST Access in
consideration of a fee payable by Neuren Pharmaceuticals Limited. 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. The analyst has received assistance
from the company in preparing this document. MST Financial has provided and received compensation for investment banking services to
the subject company within the past 12 months. 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.

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 for information
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, or any portion thereof, may not be reprinted, sold or redistributed without the prior and written
consent of MST.
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