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Pharmaxis transformational Bronchitol FDA
approval extends cash runway to fund Myelofibrosis
trial

Pharmaxis Ltd (ASX:PXS) has received FDA approval for its Bronchitol® cystic
fibrosis treatment, which chief executive officer Gary Phillips labels
'transformational' for the company.

He said: "The FDA still remains the gold standard by which all biotechs judge
their success and the eventual quality of their programs and I'm pleased to say
that Bronchitol is our second approval with the FDA.

"The approval brings US$10 million of cash milestones into the company.

"We have a long-term agreement with an international partner Chiesi in the US
who expect sales to commence in the first half of next year.

"That increased cash position and increased sales give us a cash runway of
two years - and there are several opportunities to extend it further without going
back to the market for more cash."

The company also has sales milestone payments in the future should the
product attain certain targets.

Myelofibrosis treatment

The company's Myelofibrosis (bone marrow cancer) treatment is called
PXS-5505 and has demonstrated a unique mechanism of action that has the
potential for disease modification. It is a pan-LOX inhibitor that seeks to reverse
the bone marrow fibrosis that drives morbidity and mortality in the disease.   

Phillips said: "We're pitching it into the fight against myelofibrosis, a disease
which has a high unmet need.

"The products in this area at the moment only give symptomatic relief and a marginal improvement in life expectancy.

"Despite this, the sales of these drugs are already approaching US$1 billion a year and we've got a drug which because
of its unique mechanism of action has disease-modifying potential."
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Compared to other companies, PXS-5505 has a unique mechanism of action which promises disease modification and
good tolerability.

FDA orphan status

PXS-5505 was patented in 2018, and the company has fast-tracked the early development stages due to its potential.

Phillips said: "We've completed the long-term safety and toxicity studies, we've already completed a phase one study in
healthy volunteers, we've demonstrated the product is safe, and importantly, we've already been to the FDA.

"The FDA granted the drug orphan status in July and we submitted all our data to date to secure IND approval - which
gives us permission to go out and start a phase two study in patients.

"We aim to start in quarter one of next year, progressing an open label study recruiting up to 42 patients with
myelofibrosis in Australia and international sites." 

The company has also had strong academic and clinical interest in the product which can also treat other cancers such
as liver carcinoma and pancreatic cancer, breaking down scar tissue which prevents the access of chemotherapy.

Potential upside

Phillips said: "Looking at a comparison with other companies with one clinical-stage product, the market capitalisation
these companies are attracting demonstrates the value the market attaches to phase 2 success in this disease; over
US$500 million to $1 billion.

"So, you can see the upside in valuation for Pharmaxis and its shareholders in this study which we have enough cash to
complete.

"I'm confident because we've tested it in the gold standard pre-clinical models - this drug works - it really breaks down
the fibrosis in the bone marrow and we expect this will allow the bone marrow to regain function and start producing
 normal blood cells again."
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The company expects to begin the trial in early 2021 and to release data as it becomes available throughout the year.

Trial planned for Q1 2021

The company will start the PXS-5505 trial in the first quarter of next year.

Phillips said: "We've employed a global contract research organisation to help us, and due to the impact of the
COVID-19 pandemic on hospitals we've put particular emphasis on feasibility testing in several different countries in
order to find markets where clinical trials can run.

"We've found sites in South Korea and Australia which are open for business and we're confident that we'll be starting
in quarter one next year."

Looking forward

Phillips said the clinical program was an open label trial which meant the data would be available for analysis as it came
in.

He said: "You can expect to see news flow in the second half of next year when we complete the first part, the dose-
escalation stage, and the data coming in throughout 2021-2022 until the final completion of the study in the second half
of 2022 will allow us to make interim updates.

www.proactiveinvestors.co.uk www.proactiveinvestors.com www.proactiveinvestors.com.au ca.proactiveinvestors.com www.proactiveinvestors.de www.proactiveinvestors.com.hk

United Kingdom North America Australia Canada Germany China
www.proactiveinvestors.co.uk The Business Centre 6 Wool House, 74 Back Church Lane London, E1 1AF United Kingdom Company No. 05639690 VAT No. 87207082

https://www.proactiveinvestors.co.uk/
https://www.proactiveinvestors.com
https://www.proactiveinvestors.com.au
https://ca.proactiveinvestors.com
http://www.proactiveinvestors.de
http://www.proactiveinvestors.com.hk
https://www.proactiveinvestors.co.uk
https://www.proactiveinvestors.com
https://www.proactiveinvestors.com.au
https://ca.proactiveinvestors.com
http://www.proactiveinvestors.de
http://www.proactiveinvestors.com.hk
https://www.proactiveinvestors.co.uk/
https://www.proactiveinvestors.com
https://www.proactiveinvestors.com.au
https://ca.proactiveinvestors.com
http://www.proactiveinvestors.de
http://www.proactiveinvestors.com.hk
https://www.proactiveinvestors.co.uk
https://www.proactiveinvestors.com
https://www.proactiveinvestors.com.au
https://ca.proactiveinvestors.com
http://www.proactiveinvestors.de
http://www.proactiveinvestors.com.hk


"The important thing here from a valuation viewpoint is how fast could we see the valuation of Pharmaxis start to reflect
the clinical program.

"The next 12-18 months are going to be quite exciting."
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Proactive Investors facilitate the largest global investor network across 4 continents in 4 languages. With a team of analysts
journalists & professional investors Proactive produce independent coverage on 1000's of companies across every sector for private
investors, private client brokers, fund managers and international investor communities.

     Contact us +44 (0)207 989 0813 action@proactiveinvestors.com

No investment advice

The Company is a publisher. You understand and agree that no content published on the Site constitutes a recommendation that any particular security,
portfolio of securities, transaction, or investment strategy is suitable or advisable for any specific person. You understand that the Content on the Site is
provided for information purposes only, and none of the information contained on the Site constitutes an offer, solicitation or recommendation to buy or sell a
security.  You understand that the Company receives either monetary or securities compensation for our services. We stand to benefit from any volume which
any Content on the Site may generate.
				You further understand that none of the information providers or their affiliates will advise you personally concerning the nature, potential, advisability,
value, suitability or profitability of any particular security, portfolio of securities, transaction, investment, investment strategy, or other matter.
				You understand that the Site may contain opinions from time to time with regard to securities mentioned in other products, including Company-related
products, and that those opinions may be different from those obtained by using another product related to the Company. You understand and agree that
contributors may write about securities in which they or their firms have a position, and that they may trade such securities for their own account. In cases
where the position is held at the time of publication and such position is known to the Company, appropriate disclosure is made. However, you understand and
agree that at the time of any transaction that you make, one or more contributors may have a position in the securities written about. You understand that price
and other data is supplied by sources believed to be reliable, that the calculations herein are made using such data, and that neither such data nor such
calculations are guaranteed by these sources, the Company, the information providers or any other person or entity, and may not be complete or accurate.
				From time to time, reference may be made in our marketing materials to prior articles and opinions we have published. These references may be
selective, may reference only a portion of an article or recommendation, and are likely not to be current. As markets change continuously, previously published
information and data may not be current and should not be relied upon.
				The Site does not, and is not intended to, provide investment, tax, accounting, legal or insurance advice, and is not and should not be construed as
providing any of the foregoing. You should consult an attorney or other relevant professional regarding your specific legal, tax, investment or other needs as
tailored to your specific situation.
In exchange for publishing services rendered by the Company on behalf of Pharmaxis Ltd named herein, including the promotion by the Company of
Pharmaxis Ltd in any Content on the Site, the Company receives from said issuer annual aggregate cash compensation in the amount up to Twenty Five
Thousand dollars ($25,000).
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