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Poolbeg Pharma plc
Exclusive Option Agreement to Acquire Orphan Drug Candidate for Behçet's Disease

Novel therapeutic with Fast Track and Orphan Designation

30 April 2024 - Poolbeg Pharma (AIM: POLB, OTCQB: POLBF, 'Poolbeg' or the 'Company'), a biopharmaceu'cal
company focussed on the development and commercialisa'on of innova've medicines targe'ng diseases
with a high unmet medical need, announces that it has entered into an exclusive 12-month op'on agreement
with Silk Road Therapeu'cs Inc,  for a nominal fee, to acquire a novel topical muco-adherent formula'on of
Pentoxifylline (tPTX) for the treatment of oral ulcers in patient's suffering from Behçet's Disease.

Key Highlights

·    12-month option agreement with Silk Road Therapeutics to acquire novel topical muco-adherent
formulation of Pentoxifylline (tPTX), a treatment for oral ulcers in patient's suffering from Behçet's
Disease which currently has no cure

·    Phase 2 trial successfully completed, demonstrating superiority over standard of care
·    Secured Orphan Drug Designation and Fast Track Designation from the FDA
·    Positioned for a potential 505(b)(2) approval pathway in the U.S.
·    Poolbeg will continue due diligence throughout the term of the exclusive option agreement which

will include engagement with Silk Road Therapeutics to ascertain the clinical approval pathway

There is a clear unmet medical need for an effec've treatment for this rare disease, which has no cure.
Behçet's Disease causes inflamma'on of blood vessels and 'ssues, resul'ng in debilita'ng symptoms, the
most common being oral ulcers which impact essen'al func'ons like ea'ng, drinking and speaking. [1]

Pa'ents also suffer from reduced psychosocial quality of life [2]. Current standard of care is inadequate with
safety concerns and there is a clear need for alternative treatment options.

The topical formula'on of PTX, a small molecule with broad an'-inflammatory ac'vity, has successfully
demonstrated accelerated oral ulcer healing and decreased pain compared to standard of care in pa'ents
with Behçet's Disease in a Phase 2 clinical trial.

The drug is posi'oned for a poten'al 505(b)(2) approval pathway in the U.S. which can result in a much less
expensive and much faster route to approval and commercialisa'on. tPTX has successfully secured FDA Fast
Track Designa'on, designed to expedite development and review of certain medicines. It has also received
Orphan Drug Designa'on from the FDA, providing seven years of market exclusivity upon marke'ng
authorisation.

Jeremy Skillington, PhD, Chief Execu've Officer of Poolbeg Pharma, said: "The founda�on of any pharma
company is a strong pipeline of assets, and we believe that topical PTX could fit well into our pipeline alongside
our other assets as we increase our focus on rare and orphan diseases.

"We are delighted to enter this exclusive op�on agreement with Silk Road Therapeu�cs and Dr Timothy Coté,
whose extensive experience, including as Director of the FDA Office of Orphan Products Development, adds
invaluable insights into the regulatory pathway and ultimate approval and commercialisation of the drug.

"tPTX has the poten�al to transform the lives of pa�ents suffering from Behçet's Disease, who currently lack
effective and safe long term treatment options. Under this exclusive option agreement, we will advance our due
diligence process and engage with Silk Road Therapeu�cs to further understand the clinical pathway to
approval, and we look forward to updating the market in due course."

Timothy R. Coté, M.D., M.P.H., Chief Execu've Officer of Silk Road Therapeu'cs, said: "Poolbeg Pharma
shares our commitment to advancing healthcare innova�on to support rare disease pa�ents. With Fast Track
Designa�on and Orphan Drug Designa�on secured, topical PTX has the poten�al to swi1ly reach pa�ents and
offer a potentially transformative solution for those suffering from Behçet's Disease."

Investor presentation
Poolbeg Pharma CEO, Jeremy Skillington, PhD, and CBO David Allmond, along with Dr Timothy Coté, CEO of
Silk Road Therapeu'cs, will provide a live presenta'on via the Investor Meet Company pla@orm on Tuesday
30 April 2024 at 6pm BST.
 

The presenta'on is open to analysts and investors, those who already follow Poolbeg on the Investor Meet
Company pla@orm will automa'cally be invited.  Investors can sign up to Investor Meet for free and
add Poolbeg Pharma plc to their company dashboard via: https://www.investormeetcompany.com/poolbeg-
pharma-plc/register-investor
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About Behçet's Disease

Behçet's Disease is a rare condi'on that results in inflamma'on of the blood vessels and 'ssues.
Inflamma'on across mul'ple parts of the body leads to diverse symptoms, the most prevalent being
recurrent oral ulcers, in addi'on to genital ulcers and inflamma'on of the eye and skin lesions. It is not yet
known what triggers the disease or causes it to persist. However, it is clear there is a significant immune
component with some sugges'ons that exaggerated responses to pathogens and increased cytokine and
chemokine production may play key roles in the disease.[3]

About Poolbeg Pharma

Poolbeg Pharma plc is commiNed to the development and commercialisa'on of innova've medicines
targe'ng diseases with a high unmet medical need, with a growing emphasis on rare and orphan diseases. Its
model focusses upon developing its exci'ng clinical assets and commercialising approved and marketed
drugs to support the growth of the Company and the development of its robust pipeline of innova've
products, thereby driving significant value creation.

Poolbeg is led by an experienced leadership team with a history of delivering significant shareholder value.
The team has been strengthened by the appointment of three former members of the Amryt Pharma plc
leadership team, with the intention of repeating Amryt's success and generating near term revenues.

Poolbeg's clinical programmes target large addressable markets including cancer immunotherapy-induced
CRS, infec'ous disease, and metabolic condi'ons such as obesity with the development of an oral GLP-1R
agonist. It uses a cost-effec've development philosophy to generate high quality human data to support
partnering and further development. Its A I-led infec'ous disease programmes analyse unique data from
human challenge trials to iden'fy clinically relevant drug targets and treatments, leading to faster
development and greater commercial appeal.

For more informa'on, please go to www.poolbegpharma.com or follow us
on Twitter and LinkedIn @PoolbegPharma.

Forward-Looking Statements

This announcement may contain forward-looking statements and the words "expect", "an'cipate", "intends",
"plan", "es'mate", "aim", "forecast", "project" and similar expressions (or their nega've) iden'fy certain of
these forward-looking statements. The forward-looking statements in this announcement are based on
numerous assump'ons and Poolbeg's present and future business strategies and the environment in which
Poolbeg expects to operate in the future. Forward-looking statements involve inherent known and unknown
risks, uncertainties and contingencies because they relate to events and depend on circumstances that may or
may not occur in the future and may cause the actual results, performance or achievements to be materially
different from those expressed or implied by such forward-looking statements. These statements are not
guarantees of future performance or the ability to iden'fy and consummate investments. Many of these risks
and uncertain'es relate to factors that are beyond Poolbeg's ability to control or es'mate precisely, such as
future market condi'ons, currency fluctua'ons, the behaviour of other market par'cipants, the outcome of
clinical trials, the ac'ons of regulators and other factors such as Poolbeg's ability to obtain financing, changes
in the poli'cal, social and regulatory framework in which Poolbeg operates or in economic, technological or
consumer trends or condi'ons. Past performance should not be taken as an indica'on or guarantee of future
results, and no representa'on or warranty, express or implied, is made regarding future performance. No
person is under any obliga'on to update or keep current the informa'on contained in this announcement or
to provide the recipient of it with access to any additional relevant information.
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