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On 12 November 2025, the International Patient Organisation for Primary
Immunodeficiencies (IPOPI) organised an online PID Forum titled ‘Securing Access
for PID Patients Through the Critical Medicines Act’. The virtual event focused on
the implications of the EU's Critical Medicines Act (CMA) for people living with primary
immunodeficiencies (PIDs) that are reliant on gene therapies and immunoglobulin
replacement therapies.

Moderating the event, Johan Prévot, Executive Director of IPOPI, emphasised the
importance of the CMA for PID patients and the opportunity it presents to strengthen
Europe’s capacity to ensure equitable access to essential medicines, reinforce supply
resilience and improve crisis preparedness. IPOPI were delighted to welcome a wide
range of Member of the European Parliament (MEPs), including MEP Tomislav Sokol
(EPP, Croatia), the European Parliament’s rapporteur on the file, MEP Peter Agius
(EPP, Malta) and MEP Ondrej Dostal (NI, Czechia).
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Welcome address

During the welcome address, IPOPI’s President, Martine Pergent, shone a light on
the crucial opportunities the CMA provides for people living with a PID. She explained
that over 555+ PIDs have been now identified and that increasing difficulties in
securing access to vital treatment options, such as immunoglobulin replacement and
gene therapies, have made the CMA a file of critical importance.

Martine explained that immunoglobulin replacement therapies are reliant on plasma
donations from the United States and are subject to supply challenges linked to
procurement models and cost barriers. She detailed the life-changing benefits of gene
therapies being limited by major bottlenecks in Europe — particularly in terms of
reimbursement and procurement — and why these therapies should fall in the scope of
the CMA. She also stated that joint procurement could provide a pathway forward to
resolve supply challenges and concluded by calling on policymakers to continue to
involve patients in CMA negotiations.

Critical Medicines Act: The EU’s strategic approach

First to take the floor, MEP Peter Agius (EPP, Malta), shared his perspective as a
representative from Malta, where patients often must wait four to six years longer than
patients in France for a medicine to become available. A situation, he said, that is
largely due to Malta being a small and vulnerable market with limited negotiating power
and inefficient reimbursement timelines. MEP Agius expressed optimism that the CMA
could contribute to more equitable access for Malta. He underlined the need for more
flexible joint procurement mechanisms, support for private initiatives that contribute to
public availability, and stronger, more resilient supply chains.

MEP Ondrej Dostal (NI, Czechia) followed in MEP Agius’s steps by emphasising that
pricing and reimbursement remain key barriers both in the Czech Republic and across
the EU. He contrasted procurement challenges for antibiotics — which have multiple
suppliers and relatively easy procurement — with high-cost, patent-protected
treatments whose market incentives complicate procurement. He pointed out that even
if joint procurement succeeds at the EU level, reimbursement remains a national
competence, and no mechanisms currently ensure EU alignment on that issue. He
concluded that the CMA must address pricing and reimbursement if it is to be effective.
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Putting patients with PIDs at the heart of the CMA

Panel discussion: gene therapies

Daniela Ene, a Romanian living with a PID, shared a deeply moving account of her
personal journey. From childhood, she endured recurring infections without a clear
diagnosis, until 2022 when she was finally diagnosed with a very rare and severe type
of PID. She described how she coped when finding that there was a life-saving gene
therapy in Italy but that her country would not be reimbursed the therapy or the travel.
She stressed how long and hard she needed advocate and battle to receive the
treatment for which she finally authorisation and coverage.

She expressed hope that the CMA would help guarantee equitable and timely access
for all PID patients across the EU, emphasising that the right to life must guide
policymakers and that everyone shares responsibility for ensuring that patients can
survive.

Prof Dr Fabio Candotti, President of the European Society for Immunodeficiency
(ESID), traced the difficult trajectory of gene therapy for PIDs, drawing on the
development of the gene therapy for adenosine deaminase deficiency (ADA-SCID).

He explained how Strimvelis, a gene therapy, achieved a remarkable 95% success
rate in curing ADA-SCID patients. However, in 2022, the product was unexpectedly
withdrawn from the market and a non-for-profit organisation ended up with the
marketing authorisation for the therapy. High prices and reimbursement models mean
that the availability of the therapy remains fragile. Mr Candotti urged that the CMA
prioritise mechanisms ensuring continuity of access for high-impact and innovative
therapies, like gene therapy.

Reacting to these testimonies, Martine Pergent, President of IPOPI, stressed that
Daniela’s story is a clear indication that access to therapies “somewhere” is
meaningless unless patients “everywhere” can access them. She highlighted the
urgent need to evaluate cost structures, comparing lifelong treatment expenses with
the cost of curative therapies.

Panel discussion: immunoglobulin replacement therapies

Otilia Stanga, President of the Romanian patient organisation (ARPID) and Treasurer
of IPOPI, described how lack of plasma collection, hospital-based procurement policies
and low pricing policies in Romania have caused severe shortages of immunoglobulin
in from 2017 to 2019. She explained that Romanian PID patients suffered then a
prolonged period without access to treatment and that some persons with PIDs had to
pay out of pocket for the treatment in other countries, those with fewer options suffered
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from severe infections, permanent hearing loss, and in one tragic case, this has led to
death.

Ms Stanga explained that the situation in Romania has improved thanks to advocacy
and solidarity transfers from other European countries, but that today the system
remains fragile and many PID patients live in the fear that another crisis can happen
at any time.

Rafal Ramotowski, Associate Director and Lead for EU Public Affairs and
Communications at the Plasma Protein Therapeutics Association (PPTA), stressed the
need to recognise the diversity and complexity of supply chains in managing critical
medicines such as plasma derived medicinal products. He noted that every medicine
listed under the CMA, 276 medicines currently, has a different vulnerability. This means
that a single, uniform policy approach cannot work. Plasma, he explained, is a clear
example of the need for tailored approaches since it relies entirely on volunteer donors,
has limited supply, and cannot be synthetically produced.

Dr Leni von Bonsdorff, Executive Director of the International Plasma and
Fractionation Association (IPFA), emphasised the importance of strategic partnerships
and projects, particularly regarding plasma-derived medicines. She stressed that the
availability of human plasma is limited and that solving this should be a priority. Dr von
Bonsdorff expressed her satisfaction with the CMA’s initial proposal, which she felt
included many tools to drive meaningful progress, but she cautioned that too many
technicalities would bog down the Act in the long term.

On the issue of stockpiling, which Mr Prévot referred to as the “elephant in the room”,
Mr Ramotowski warned that EU stockpiling was not a solution for plasma-derived
shortages. He argued that medicines must be treated according to their specific supply
chains, as overstocking can disrupt markets. He stated that policies should prioritise
patients first, stockpiling second and that CMA guidance must reflect these nuances.
Dr von Bonsdorff added that the production of plasma-derived products is complex,
with scattered facilities and small batches, making stockpiling difficult to combine or
upscale. Stockpiling should only be seen as a last resort, short-term solution.

Open floor discussion
A number of attendees made additional statements during the open floor discussion.

e Bernardo Rodrigues, European Blood Alliance (EBA), stressed the need to
support centres of excellence for gene therapies, the relevance of the EU
Biotech Act and the importance of continuing cross-sector dialogue on the
supply of plasma and CMA implementation.
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e Prof Dr Fabio Candotti, ESID, argued that Europe needed to overcome its
traditional view of gene therapy as being too costly, fragmented and thus
inaccessible. He called for prices to be reduced and reimbursement frameworks
to be improved so that gene therapies can truly reach patients. He also
suggested the significant burden of cross-border treatment on patients and their
families and the need to bring therapies closer to patients.

e Otilia Stanga, ARPID, emphasised that patient challenges in Romania reflect
broader issues that are particularly acute in Eastern Europe and smaller
Member States, where shortages and inequities are more prominent.

Key takeaways

Johan Prévot highlighted the clear consensus that emerged from the policy event: the
CMA holds significant promise for improving long-term access to critical medicines for
PID patients. However, its success hinges on developing essential EU-coordinated,
patient-centred procurement and stockpiling policies, and tailored approaches that
recognise the unique characteristics of plasma-derived therapies.

On the issue of gene therapies, Mr Prévot echoed the thoughts of speakers by
underscoring the importance of adapted reimbursement schemes and sustained EU-
level licensing mechanisms. He stressed that the significant cost of lifelong treatments
must be weighed against the potential benefits of curative therapies and concluded
with a point made by all speakers: patients must be involved in every stage of the CMA
if it is to succeed.

Closing statements

MEP Tomislav Sokol (EPP, Croatia) echoed Mr Prévot's takeaways on patient
involvement and summarised his main priorities for the CMA, strengthening EU
strategic autonomy and ensuring equitable access to medicines across the EU.

Sharing insights on his efforts, he spoke of reforming procurement beyond lowest-price
criteria to incorporate EU-produced considerations, the development of strategic
projects to bolster supply resilience and enhanced EU-level coordination for joint
procurement. He emphasised the need to maintain a country’s freedom of choice on
stockpiling but aims to have the EU ensure coordination where stockpiles exist. MEP
Sokol expressed hope that the Parliament’s position could be finalised by the end of
the year, paving the way for trilogue negotiations to begin shortly after in 2026.
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In his final remarks, Johan Prévot encouraged all participants to read IPOPI's new
opinion piece, in which he and IPOPI President Martine Pergent outline key patient
priorities for the CMA.

Before thanking all participants for their valuable contributions on improving access to
critical medicines for people living with PIDs, Mr Prévot emphasised that the CMA’s
long-term success will ultimately be judged by the real, positive impact it delivers for
patients who rely on critical medicines every day.

THANK YOU TO OUR SPEAKERS!

4 NN
‘ { A g N 4
Johan Prévot, MEP Tomislav Sokol MEP Peter Agius MEP Ondfej Dostal
Executive Director, IPOPI| (EPP, Croatia) (EPP, Malta) (NI, Czechia)

-
Martine Pergent Otilia Stanga Daniela Ene Prof Fabio Candotti Rafat Ramotowski Dr Leni von Bonsdorff
President, IPOPI President, ARPID PID Patient President, ESID Associate Director, PPTA  Executive Director, IPFA

IPOPI is an international non-profit association registered in Belgium (BE 0761.784.055)


https://www.linkedin.com/posts/ipopi_the-critical-medicines-act-must-deliver-for-activity-7394307183502495744-zu0N?utm_source=share&utm_medium=member_desktop&rcm=ACoAABrSKOEBVL8CjIeOnPaeP0rEkKYfPnwI8K0

