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Welcome to the CREATIC ATMP newsletter

The CREATIC ATMP newsletter gives you a window to the rapidly evolving
regulatory and ethical landscape for therapies utilizing genes-, cells and tissue. You
will find a collection of news regulatory developments and discussions spiced up
with perspectives and analysis — all with a focus on legal and ethical issues.

IN THIS EDITION

In this edition of the newsletter you can find:

- The latest ATMPs news

- All you need to know about the newly applicable HTAR

- The monthly opinion: Challenges and Opportunities in Expanding CAR T-Cell
Therapy Access in Czechia

- Papers on ATMPs & GMOs, outcomebased agreements as an alternative
reimbursement method and more.
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- The latest webinars available online
- Upcoming events

CREATIC

NEWS

CREATIC News

CREATIC celebrates its first year since the start of the teaming project! The CREATIC
Centre of Excellence of the Faculty of Medicine of Masaryk University in Brno was
established on 1 January 2024. Since January 1, 2024, CREATIC has held the title of
a scientific excellence center focusing on development, research, production and
innovation under its Lékarska fakulta Masarykovy University.

During the first year, CREATIC have reached several important milestones:

- Built a research center with 7 platforms

- Established cooperation with university hospital

- Started the conversion of the clean room for GMP production, which will
strengthen the research capacity

- Established and data unit in collaboration on bioinformatic analyses

- Collaborated with the Outpatient Clinic for Pediatric Patients without Diagnosis of
Fakultni nemocnice Brno and created a patient register

CREATIC's plans for the next year includes expansion of research projects, support
for education and preparation of accreditation for PhD programmes. <& %

For more updates follow CREATIC on Linkedin.
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End of the transition period for
the new Clinical Trials
Regulation (CTR)

The beginning of the year comes with
important changes. 30 Jan 2025 marks the
end of the transition period for the new
Clinical Trials Regulation (CTR). From 31
January 2025, all clinical trials conducted in
the EU must comply with the Clinical Trials
Regulation. This means that during trials
necessary information on the trial must be
recorded in the Clinical Trials Information
System (CTIS), to avoid the risk of the trial
being considered non-compliant once the
transitional period is over.

Guidance for the transition of clinical trials
can be found here.

The Strategic Imperative: Why
Early Potency Assay
Development Makes or Breaks
ATMP Success

Early potency assay development is of
critical importance in the creation of
ATMPs. Not developing potency assays
and gaining knowledge about MOAs early
in the drug development process can
break ATMP success and cause costs and
delays. Two Biologics License Applications
(BLASs) has already been rejected. To avoid
this, it is recommended that developers
initiate potency assay development early.
This proactive strategy can significantly
streamline the development and regulatory
approval process for ATMPs.

Read more here.
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09-01-2025

One Size Does Not Fit All: EU, UK, and U.S.
Regulatory Developments in the Age of Precision

Medicine

Due to advancements in precision medicine, including gene and cell therapies,
regulators are grappling with how to best regulate the manufacture of advanced
therapies in a way that supports development, whilst also ensuring an appropriate
level of regulation and safety. The EU, UK, and U.S are all facing challenges and
taking initiatives to adapt existing frameworks to accommodate advancements in
personalized treatments, such as gene and cell therapies. The article explores
regulatory the different initiatives and approaches in the EU, UK and the U.S.

Read more here.

29-10-2024

First outcome-based
agreement for an ATMP
in the Nordic Region

CSL Behring Signs Milestone
Commercial outcome-based
agreement with Amgros, the
Danish procurement
authority, to Fund
Haemophilia B Gene Therapy
HEMGENIX in Denmark.
Denmark is the first country

04-12-2024

New platform for cross-
border medical
discussions on rare
diseases

The Commission has
launched a new IT platform
for cross-border medical
discussions on rare diseases.
The Clinical Patient
Management System 2.0
(CPMS 2.0) will support the

25-10-2024

UK to Implement one of
a kind Framework for
Point-Of-Care
Manufacturing

The UK's Medicines and
Healthcare products
Regulatory Agency has
announced a first-of-its-kind
legislation to better facilitate
manufacturing and delivery
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in the Nordic region to
reimburse under a
performance-based model,
in which the regions only
incur costs if the gene
therapy proves effective over
an agreed long-term period.

Read more here.

European Reference
Networks (ERNSs) in
improving the diagnosis and
treatment of rare or low
prevalence complex diseases
across Member States.

Read more here.

to patients of medicines that
are manufactured at or near
the patient's bedside. The UK
aims to enable increased
access for patients to some
of the most innovative
medicines currently
available.

Read more here.

Health Technology Assessment Regulation (HTAR)

On Sunday, 12 January, the Regulation on Health Technology Assessment (HTAR) became fully
applicable. ATMPs are therefore among the first to undergo joint clinical assessments at EU level in
2025 and these will form the basis for national value assessments and pricing negotiations.

You can read more about the regulation here.

Ja

17-09-2024

Navigating the launch of
ATMPs in Europe: Q&A
interview

Providing an overview of the European
Union's new health technology assessment
(HTA) regulation and Joint Clinical
Assessment (JCA) process, Experts Lung-|
Cheng and Herbert Altmann discuss the
overarching objectives of EU HTA-R and
delves into the key criteria used to assess
pharmaceuticals in Europe, variations
across member states, and the pivotal role
of HTAs in determining reimbursement and
market accessibility, in particular for
ATMPs.

The experts, also shed light on the shifts in
regulation and the strategies essential for
successful navigation of the new regulation
on the EU Health Technology Assessment
for ATMPs and oncology drugs.

Watch the interview here.

18-12-2024

HTA - Commission adopts rules
for joint scientific consultations
on medicinal products for
human use

The European Commission has adopted an
implementing regulation setting out the
rules for joint scientific consultations on
medicinal products for human use at Union
level, under the Health Technology
Assessment (HTA) Regulation. The
implementing act provides detailed
procedural rules for the joint scientific
consultations. Read more here.

You can find the Procedural Guidance for
Joint Scientific Consultations (JSC) on
Medicinal Products (MP) here.

What is HTA?

HTA is a procedure for assessing the added value,
effectiveness, costs and broader impact of health
care interventions including medicines, medical
devices and procedures.
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New EU rules on Health Technology Assessment
open up a new era for patient access to innovation

Three reports published by EFPIA show disparities in the time it takes for European patients to
access new medicines persist. The reports show that patients in one country can wait more
than 6 times as long as patients in a neighbouring country for medicines that received
marketing authorization at the same time. Patients in Germany wait on average, 126 days for a
new product following marketing authorization. In Poland, the gap between authorization and
availability is up to 804 days. The reasons for unavailability and delays, are multifactorial and
are often due to a combination of factors, however the speed of health technology
assessments is one of these factors. (link)

The European Union's Health Technology Assessment Regulation regulation aims to improve
the availability of innovative medicines across Europe. The regulation is expected to bring
significant improvement in ensuring that innovative and effective health technologies are
available to patients across the EU. It is furthermore expected to contribute to faster and wider
access to new and more effective innovative products for patients. (Link)

Monthly opinion



https://newsletter.info.ku.dk/mail/rls/370318179/136800361/641q1opn019YTGJZaDg
https://newsletter.info.ku.dk/mail/rls/370318179/136800362/641q1opn019YTGJZaDg

Challenges and Opportunities in Expanding CAR T-
Cell Therapy Access in Czechia

PharmDr. Zora Cechovd, Ph.D. Requlatory Specialist, MUNI | CREATIC

CAR T-cell therapies have revolutionised the treatment of haematological malignancies since their introduction
to the market in 2018. Czechia is at the forefront of adopting these innovative treatments in Central and
Eastern Europe, with three out of six authorised CAR T-cell therapies already available to patients. The other
two therapies, Abecma (idecabtagene vicleucel) and Breyanzi (lisocabtagene maraleucel) have had their
maximum prices determined and are nearing rollout. However, this progress also introduces significant
challenges, especially with regard to multiple myeloma treatment with Abecma.

Despite substantial advancements, multiple myeloma remains an incurable disease with increasing incidence
and prevalence. Approximately 550 new cases are diagnosed annually in Czechia. While advances in therapy
have extended survival, most patients relapse and require subsequent treatment lines, driving demand for
Abecma as a third-line treatment. The estimates approach one hundred patients per year.

Several bottlenecks remain in delivering this highly personalised treatment to patients who need it, starting
with the complex, patient-specific manufacturing process, which requires careful coordination to ensure the
timely availability of manufacturing slots. Additionally, although there are nine specialized centres certified to
administer CAR T-cell products in Czechia, these facilities may still face personnel and capacity constraints as
the number of eligible patients continues to grow.

Pricing and reimbursement procedures present another significant challenge. Although the State Institute of
Drug Control has determined the maximum price for Abecma, a formal reimbursement procedure, including
health technology assessment, is not required for medicinal products administered solely in inpatient settings.
These products, including CAR T-cell, are available to Czech patients within all EMA-approved indications, they
are fully covered by public health insurance, and patients do not contribute to their financing. However, this
might not be sufficient to cover the full financing from payers to healthcare providers, as it is secured only up
to the limit calculated based on the year before last. Therefore, budget planning does not account for
unexpected increases in demand for new treatment options, such as Abecma for treating multiple myeloma
patients. Further, as the high cost of CAR T-cell treatments adds pressure to the healthcare budget, to mitigate
the financial burden, arrangements between manufacturers and payers are essential. So far, the only type of
agreement used to limit the budget impact of ATMPs is price reduction agreements. Value-based pricing
models, where financing aligns with clinical outcomes, offer a potential solution but require complex
negotiations. However, the lack of healthcare digitalisation remains a key barrier in Czechia to implementing
such agreements effectively.

A cohesive strategy involving all stakeholders — clinicians, healthcare providers, regulators, payers, and

manufacturers — is essential to address these challenges. Collaboration will be critical to ensuring broader
patient access without compromising the quality of care.

Papers




Regenerative Medicine, 19(12), 589-593. Published 18 December 2024

Commentary: Risk-based pricing models and the
role they might play in patients' access to new stem

cell therapies

Stem cell research is currently undergoing a promising transformation from
primarily basic research to increasing emphasis on translation and clinical trials. To
reach patients, however, stem cell treatments need to be not only technically but
also economically viable. This commentry presents insights into emerging pricing
models that may help ensure access to advanced and expensive treatments like
stem cell therapies. It further, presents some reflections on the practical and ethical

challenges that these models involve.

Read the full commentary here (behind paywall).

AN
Human Gene Therapy Volume 32, Number 19-20, 2021

Call for More Effective
Regulation of Clinical Trials
with ATMPs Consisting of or
Containing GMOs in the EU

ATMPs therapies that consist of or contain
genetically modified organisms (GMOs)
need to comply with the European Union
GMO legislation, as implemented in each
EU Member State, before a clinical trial can
commence. Complying with GMO
requirements is complex, varies
significantly across EU Member States and
is leading to delays to clinical trials with
ATMPs. Such delays and varying
implementation of the GMO legislation
makes the EU less attractive as a region to
conduct clinical trials with investigational

Front. Pharmacol., 20 January 2025

Towards implementing new
payment models for the
reimbursement of high-cost,
curative therapies in Europe:
insights from semi-structured
interviews

Standard reimbursement systems face
many challenges when dealing with
reimbursement applications for potential
one-time high-cost therapies like ATMPs,
which has led to managed entry
agreements (MEAs) being the standard
tool in various countries. The use of MEAs
was intended to be an exception; however,
their widespread application is placing
pressure on health systems. This has


https://newsletter.info.ku.dk/mail/rls/370318179/136800363/641q1opn019YTGJZaDg

gene therapies. This is detrimental to EU inspired the development of alternative

patients, since their timely access to these payment structures, such as payer
transformative potentially curative reinsurance, pooling budgets, spread
medicines is delayed. The Alliance for (annuity-based) payments, and outcome-
Regenerative Medicine, the European based agreements (OBAs) to mitigate the
Federation of Pharmaceutical Industries unaffordability of high-cost, one-time, and
and Associations, and the European possibly curative therapies.

Association for Bioindustries call upon the

EC, together with national competent This study aimed to elicit opinions on and
authorities, to exempt ATMPs containing or insights into the governance aspect of
consisting of GMOs from the GMO implementing outcome-based spread
legislation. payments (OBSP) in Belgium for the

reimbursement of innovative therapies

Read the paper here (behind paywall).
Read the paper here.

Bone Marrow Transplant (2025). Published 25 January 2025.

Identification of the conditions and minimum
requirements necessary for the release of
autologous fresh CAR T-cell products under
hospital exemption: a position paper from the WP-
bioproduction of the UNITC consortium

What are the conditions and requirements necessary for the release of fresh CAR-T
cells in terms of the final products' characteristics, safety, and potency?

The accessibility of CAR-T cells in centralized production models faces significant
challenges, primarily stemming from logistical complexities and prohibitive costs.
The hospital exemption enables academic institutions to produce ATMPs under
GMP conditions tailored to specific needs. In response to this regulatory
framework, a work group has launched a guideline initiative. This inaugural focused
on delineating criteria for the release of fresh CAR-T cell batches. Key emphases
included thorough product characterization, stringent safety and potency
evaluations. These criteria are essential for compliance with regulatory mandates
and aligning with industry best practices.

Read more here.


https://newsletter.info.ku.dk/mail/rls/370318179/136800364/641q1opn019YTGJZaDg
https://newsletter.info.ku.dk/mail/rls/370318179/136800365/641q1opn019YTGJZaDg
https://newsletter.info.ku.dk/mail/rls/370318179/136800366/641q1opn019YTGJZaDg

Webinars

The EU HTA Regulation: Webinar for health technology developers of medicinal
products
Member State Coordination Group on Health Technology Assessment explain the process for joint

clinical assessments and joint scientific consultations. The webinar is targeted at representatives of
health technology developers of medicinal products.

From Theory to Practice: Implementing the EU Health Technology Assessment
Regulation

Stakeholder event focused on the implementation of the European Union's Health Technology
Assessment (HTA) Regulation.

Conversations on Cancer - Pediatric Cancers: Navigating the Challenges
Together

A one-hour Conversations on Cancer public panel discussion, to examine an array of challenging
decisions faced by members of the pediatric oncology community.

Translating innovation into access for ATMPs: third EU-Innovation network
multi-stakeholder meeting
A multi-stakeholder meeting to discuss how innovation in the development of Advanced Therapy

Medicinal Products (ATMPs) can be translated into effective and safe therapies at the point of care
in Europe.

ATMPs regulatory overview -Scientific Symposium on Advanced Therapy
Medicinal Products - ‘Contribution, evolution, revolution’
A symposium that showcases how the work of Committee for Advanced Therapies (CAT) has

contributed to the regulatory framework for ATMPs in Europe, its adaptation to the challenges
posed by novel classes of ATMPs and how CAT has contributed to the approval of ATMPs.

Upcoming events

Webinar | 19-02-2025 to 20-02-2035
ACT EU workshop on ICH E6 R3 (principles and Annex 1)

Course | 24-02-2025 to 28-02-2035

ADVANCE Course on Cell and Gene Therapies 2025

Conference | 27-02-2025

RegMed Forum 2025: Process development and translation of ATMP projects

Summit | 12-03-2025

The fourth edition of the Dutch ATMP Summit is organized around the theme of Automation in
ATMP manufacturing

Conference | 18-03-2025 to 19-03-2025

The Advanced Therapies Congress

CREATIC | MUNI MED CREATIC LinkedIn CREATIC KU
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Alumni

from UCPH?

Our newsletter shares the latest developments, changes, and discussions in the world of ATMP's and keep you
updated on our upcoming events and initiatives with a special focus on Social Science and Humanities (SSH)
including legal and regulatory issues.

For further information about CREATIC, contact Jakob Wested: jakob.wested@jur.ku.dk

For further information about the newsletter, publication of events, opinion and commentaries, contact
managing editor Emma Schou Nielsen: vzk859@jur.ku.dk.

Link to CREATIC homepage. Created in cooperation with Masaryk University.
Did someone forward this newsletter to you? Subscribe here.

Change your UCPH newsletter preferences.

Unsubscribe this UCPH newsletter.
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