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Sarepta Therapeutics’ (NASDAQ: SRPT) SRP-9001, a putative gene 
therapy (GT) for all Duchenne muscular dystrophy (DMD) patients has 
failed to demonstrate an improvement clinical function in a double-
blind, randomised, placebo-controlled phase II trial in 41 patients. This 
event significantly improves the commercial prospects Antisense 
Therapeutics’ DMD therapy, ATL1102. 
 

The Event & Interpretation: Approved drugs for the treatment of DMD are based on 
a technology called exon-skipping, with the precise problem with the dystrophin gene 
a patient carries determining their eligibility for an approved drug, if one exists for that 
problem. This means many drugs will be required to cover the entire DMD population. 
SRP-9001 aims to treat essentially all DMD patients by simply giving them a 
functional, although scaled-down, gene. The protein it produces is called micro-
dystrophin and is also scaled down, but functional. 
 
While a very big reach, it was hoped SRP-9001 could cure DMD patients. The more 
likely hoped for outcome was a universal treatment that would benefit all DMD 
patients. The former will not be happening and the latter is looking very unlikely. 
 
The top line results released by Sarepta showed that despite a high mean micro-
dystrophin concentration of 28.1% produced by SRP-9001 in the test arm, benefit at 
the clinical/functional was not shown. The reason(s) for this result are unclear. 
 
GTs have been an alluring, but mistakenly simple, idea for decades. A strong belief 
formed in the 2000’s that we had the technologies to develop them. Nonetheless, the 
majority of currently approved GTs require the cells they need to affect to be removed 
from the patient, treated, then, put back in the patient for them to work. That is 
systemic delivery of GTs has proven difficult. In the case of SRP-9001, the skeletal 
muscle it needs to affect cannot be uniformly accessed for a variety of reasons, such 
as the differences in the size, shape and blood supply to the various different muscles. 
 
Consequently, while the market got quite bullish on SRP-9001’s prospects as the trial 
results approached, we have been much more subdued. The market was so bullish on 
SRP-9001, that Sarepta share price fell 53% on release of the results, equating to a 
loss of more than USD7b in value, as judged by market capitalisation. 
 

The big surprise in the trial data was the big increase in micro-dystrophin levels in 
treated patients without clinical benefit. An argument for existing DMD drugs is that 
the low levels of dystrophin found in healthy patients mean therapeutics need only 
produce a small amount of dystrophin to have a big clinical impact in DMD.  
 
There are a myriad of possible explanations for SRP-9001’s poor trial performance. 
Sarepta has pulled out the often-stated excuse of trial imbalances, which can be code 
for, we have no idea, but do not blame our drug. We tend to believe that there is 
simply something unknown about the pathogenesis of DMD that has led to this result. 
SRP-9001 is not out cold, but it is on the canvas and the referee is counting. 
 
SRP-9001’s results are good for ATL1102 on many levels. Firstly, they indicate 
that a possible DMD GT cure is decades away. Secondly, a universal DMD GT 
capable of a real, if muted, clinical impact is many years away, if not longer. Finally, 
and maybe most importantly, the discrepancy between micro-dystrophin levels and 
clinical outcome may mean inflammation is a much bigger driver in the pathogenesis 
of DMD than originally thought. That would make ATL1102 the prominent DMD drug. 
 
This event has caused us to significantly increase the slope of ATL1102’s sales 
curve in our model, while also increasing the volume at which market growth 
rates kick in.  
 
Conclusion: It is never nice to look at the bright side of a drug failure, but the event 
discussed herein has significant implications for the value of Antisense Therapeutics. 
Accordingly, we increase our price target to 43 cents per share. 
 
 

Analyst: Marc Sinatra, BSc(Hons), MBA. 
Company Information 
ASX Ticker ANP 

Shares on Issue 574.0 million 

Fully Diluted Shares on Issue 619.0 million 

Market Capitalisation $115.8 million 

ASX Vol. (Shares/Day)* 9.5 million 

* Shares per Day for the Last 20 Trading Days. 

 

Cash Sufficiency 
 $ Million 

A) Last Appendix 4C End Sept 2020 

B) Cash and Equivalents at 4C 3.1 

C) Burn1 -0.9 

D) Estimated Current Q Burn2 -1.1 

E) Estimated Cash Raised Post 4C3 9.1 

F) Quarters (Q) Cash Remaining4 11.0 

G) Estimated Current Cash5 10.2 

H) Significant Estimated New 
Commitment(s)6 5.5 

Description of Commitment(s): Phase IIb study of ATL1102 in non-
ambulant DMD boys. 

1 Burn = Net Cash from/used In Operating Activities;  

2 Equals C *(# Days Since previous Q end / # Days in Qs post 4C); 

3 Equals Capital Raising(s) - Estimated Costs + R&D Rebate + Other Income; 

4 Equals (B + D + E) / C ; 

5 Equals B + D + E 

6 Equals estimated maximum significant commitments that the company has or is likely to become 
contractually or ethically committed to. 

 
Key Personnel 

Mr Robert Moses Chairman 

Mr Mark Diamond MD and CEO 

Mr William Goolsbee NED 

Dr Graeme Mitchell NED 

Dr Gary Pace NED 

Dr George Tachas Director, Drug Discovery and Patents 
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Antisense Therapeutics (ANP) 
Potential Competitor on the Canvas 

Share Price 
& Estimated  
Future Price 

 

12-Month Target* $0.43  

Price $0.20 

Implied Return 115% 
   *Implied Return 
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Corporate Connect Research Pty Ltd Independent Research Report Disclaimer 
General disclaimer and copyright 
This report (“report” or “Research”) has been commissioned by the Company the subject of this report (“Antisense Therapeutics”) and prepared and issued by 
(Marc Sinatra, AR number 1283214) of Corporate Connect Research Pty Ltd (“Corporate Connect Research”) (ABN 95640 464 320 – Corporate Authorised 
Representative (1283214) of Australian Financial Services Licence (AFSL) Number 88045) in consideration of a fee payable by the Company. Corporate 
Connect Research may be paid additional fees for the provision of additional services to the Company but Corporate Connect Research is not remunerated 
for any investment banking or similar services. Corporate Connect Research never accepts payment in stock, options or warrants for any of its services. 

Where Corporate Connect Research has been commissioned to prepare content and receives fees for its preparation, fees are paid upfront in cash and 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 Corporate 
Connect Research does not guarantee the accuracy or completeness of this report and have not sought for this information to be independently verified. 

Opinions contained in this report represent those of the Analyst of Corporate Connect Research (Marc Sinatra ) at the time of publication. 

The analyst has received assistance from the Company in preparing this document. The Company has provided the analyst with access to senior 
management and information on the Company and industry. The Analyst holds/does not hold an economic interest in the securities covered in this report or 
other securities issued by the subject issuer. 

From time to time, Corporate Connect Research’s representatives or associates may hold interests, transact or hold directorships in, or perform paid services 
for, companies mentioned in this report. Corporate Connect Research and its associates, officers, directors and employees, may, from time to time hold 
securities in the companies referred to in this report and may trade in those securities as principal and in a manner which may be contrary to 
recommendations mentioned in this report. 

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. However, due diligence site visits have not been undertaken at this time. Care has been taken by the analyst to maintain objectivity in 
preparing this report and making any recommendation. The analyst is responsible for ensuring that this report accurately reflects his or her view of the matters 
set out in it and that it was prepared in an independent manner. 

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. This report is prepared as at the date stated in it, and 
to the maximum extent permitted by law, Corporate Connect Research (on its own behalf and on behalf of the analyst) disclaims any responsibility to inform 
any recipient of this report of any matter that subsequently comes to its notice which may affect any of the information contained in this report.  

Exclusion of liability:  
To the fullest extent allowed by law, Corporate Connect Research (on its own behalf and on behalf of the analyst) shall not be liable to any person for any 
direct, indirect or consequential losses, loss of profits, damages, costs or expenses incurred or suffered by you or any other person 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 Corporate Connect Research (on its own behalf and on 
behalf of the analyst), and under no circumstances will any of Corporate Connect Research’s analysts, 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 
This report and any other Research must not be construed as personal advice or recommendation nor as an inducement to trade the report’s named 
company or any other security. Corporate Connect Research 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 the Research is published solely for 
information purposes and is not a solicitation or offer to buy or sell any financial product or participate in any trading or investment strategy. 

Analysis contained within the Research 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. The 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. Corporate Connect 
Research makes no claim that the Research content may be lawfully viewed or accessed, whether inside or outside of Australia. Access to the 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. The Research is provided to our clients through its 
website and our distribution partners (www.sharecafe.com.au and www.informedinvestor.com.au). 

Some 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 Corporate Connect Research’s discretion. 
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Access and Use 
Any access to or use of the Research is subject to the Terms and Conditions of Corporate Connect Research. By accessing or using the Research you 
hereby agree to be bound by our Terms and Conditions [https://corporateconnect.com.au/financialservices-guide/] and hereby consent to Corporate Connect 
Research collecting and using your personal data (including cookies) in accordance with our Privacy Policy (https://corporateconnect.com.au/privacy/), 
including for the purpose of a) setting your preferences and b) collecting readership data so Corporate Connect Research 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 consent to Corporate Connect Research’s use of your 
personal data, please do not access this service. 

Copyright of the information contained within the Research (including trademarks and service marks) are the property of the irrespective owners. The 
Research, or any portion thereof, may not be republished, reprinted, sold, or redistributed without the prior and written consent of Corporate Connect 
Research. 

Australia  
Corporate Connect Research Pty Ltd is a Corporate Authorised Representative (1283214) of PacReef Asset Management Pty Ltd who holds an Australian 
Financial Services Licence (Number: 488045) which allows Corporate Connect Research to offer financial service advice to wholesale clients. Any advice 
given by Corporate Connect Research is general advice only and does not consider your personal circumstances, financial situation, needs or objectives. You 
should, before acting on this advice or making any investment decision or a decision about whether to acquire or dispose of a financial product mentioned in 
any Research, 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 particular financial product you should read any relevant Product Disclosure Statement or like instrument, and also 
seek independent financial, legal and taxation advice. 

New Zealand 
The research in this document is intended for New Zealand resident professional financial advisers or brokers This is not a solicitation or inducement to buy, 
sell, subscribe, or underwrite any securities mentioned or in the topic of this document. For the purpose of the FAA, the content of this report is of a general 
nature, is intended as a source of general information only and is not intended to constitute a recommendation or opinion in relation to acquiring or disposing 
(including refraining from acquiring or financial advice, is intended only as a “class service” provided by Corporate Connect Research within the meaning of 
the FAA (i.e. without taking into account the particular financial situation or goals of any person). As such, it should not be relied upon in making an investment 
decision. 

United Kingdom  
This document is prepared and provided by Corporate Connect Research for information purposes only and should not be construed as an offer or solicitation 
for investment in any securities mentioned or in the topic of this document. A marketing communication under FCA Rules, this document has not been 
prepared in accordance with the legal requirements designed to promote the independence of investment research and is not subject to any prohibition on 
dealing ahead of the dissemination of investment research. 

This Communication is being distributed in the United Kingdom and is directed only at (i) persons having professional experience in matters relating to 
investments, i.e. investment professionals within the meaning of Article 19(5) of the Financial Services and Markets Act 2000 (Financial Promotion) Order 
2005, as amended (the "FPO") (ii) high net-worth companies, unincorporated associations or other bodies within the meaning of Article 49 of the FPO and (iii) 
persons to whom it is otherwise lawful to distribute it. The investment or investment activity to which this document relates is available only to such persons. It 
is not intended that this document be distributed or passed on, directly or indirectly, to any other class of persons and in any event and under no 
circumstances should persons of any other description rely on or act upon the contents of this document. 

This Communication is being supplied to you solely for your information and may not be reproduced by, further distributed to or published in whole or in part 
by, any other person.  

United States 
Corporate Connect Research relies upon the "publishers' exclusion" from the definition of investment adviser under Section202(a)(11) of the Investment 
Advisers Act of 1940 and corresponding state securities laws. This report is a bona fide publication of general and regular circulation offering impersonal 
investment-related advice, not tailored to a specific investment portfolio or the needs of current and/or prospective subscribers. As such, Corporate Connect 
Research does not offer or provide personal advice and the research provided is for informational purposes only. No mention of a particular security in this 
report constitutes are commendation to buy, sell or hold that or any security, or that any particular security, portfolio of securities, transaction or investment 
strategy is suitable for any specific person. 

 

Sydney 
79 Kent St 

Millers Point 
Sydney NSW 2000 

 
Phone: +61 400 897 559 

Email: enquiries@corporateconnect.com.au 
https://www.corporateconnect.com.au/ 

 


