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IHI RealiseD Project Launches to Change the
Paradigm for Clinical Trials in Rare and Ultra-Rare
Diseases

The new European public-private partnership aims to optimise and accelerate the
development of treatments for rare and ultra-rare conditions and ultimately
improve the lives of millions of patients across Europe and beyond.

e Clinicians, methodologists, pharmaceutical industry researchers, representatives from
patient organisations, regulatory agencies and HTA bodies will collaborate in the next five
years to develop cutting edge operational and methodological tools and resources to
dramatically advance treatment evaluation.

e With an overall budget of 17 million Euro, RealiseD seeks to improve patient outcomes and
accelerate therapeutic development for the over 30 million people living with a rare disease
in Europe, the majority of which suffer from an ultra-rare disease and have no treatment
option.

e The project funded by the Innovative Health Initiative (IHI) brings together nearly 40 public
and private partners under the leadership of Sigmund Freud Private University and
AstraZeneca to redefine the paradigm for rare/ultra-rare diseases clinical trials.

Addressing Critical Barriers in Rare Disease Clinical Trials

Over 300 million people globally, including 30 million in Europe, live with a rare disease. Most
of the 7,000 identified rare diseases are ultra-rare and have no approved treatments. Research
is crucial, but challenges such as limited patient populations, high symptom variability,
difficulties in enrolling participants to clinical trials, lack of standardised methodologies,
fragmented regulatory frameworks and inadequate infrastructure slow down progress.
RealiseD will overcome these barriers by developing advanced clinical research
methodologies and optimising trial operations with the collaboration of key stakeholders.

Innovative methodologies and tools

Building on advancements and outputs from prior and ongoing public private partnerships
like EU-PEARL or Screen4Care and other relevant initiatives, such as ERICA, RD Moonshot,
IDeAl or ERDERA, the RealiseD Consortium will co-create tools, methodologies and standards,
to enhance innovative clinical trial designs, incorporating new methods like Real World
Evidence and digital health technologies. These solutions will result in easy-to-use
playbooks and digital tools for planning and running clinical trials.
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https://eu-pearl.eu/
https://screen4care.eu/
https://erica-rd.eu/
https://www.rarediseasemoonshot.eu/
https://erdera.org/
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Ralf-Dieter Hilgers, Professor at SFU and RealiseD coordinator explains: “RealiseD will develop
and evaluate innovative clinical trial designs and analysis tools that can accelerate drug
development pipelines, while minimising patients burden to participate in trials. The tools will
result in a paradigm shift of treatment evaluation. This is especially important in diseases
with extremely low prevalence and incidence, where therapeutic intervention options are
limited or non-existent”.

A Paradigm Shift in Rare Disease Research

Dr Solange Corriol-Rohou, Senior Regulatory Affairs & Global Policy Director at AstraZeneca
and RealiseD project leader highlights: “RealiseD showcases the value of public-private
partnerships in providing an extraordinary opportunity to address the needs of those with
rare and ultra-rare diseases in Europe and beyond. This IHI initiative will benefit not only
patients with genetic diseases, but also small populations like children with cancer. Through
collaboration and patient-centric innovation, our goal is to improve access to effective, safe
treatments and enhance quality of life”.

The European Medicines Agency (EMA), the German Institute for Quality and Efficiency in
Health Care (IQWIG), clinical partners from the European Reference Networks (ERNs) and
patient organisations like EURORDIS are amongst the organisations that will participate in the
co-creation of these innovative methodologies and tools designed for finite patient groups and
clusters of diseases. Their role will be critical to pave the way for acceptance of innovative
paradigms generated by the project and making sure outcomes relevant to patients are
considered in decision-making, while adhering to a regulatory framework.

By leveraging real-world evidence (RWE) and co-creating methodologies with patients,
RealiseD seeks to accelerate therapeutic development while balancing scientific rigor and
regulatory compliance. Dr. Thomas Kaiser, IQWIiG Director says: “People with ultra-rare
diseases have the right to high-quality evidence on new therapies compared to the current
standard of care. Only then they can make an informed decision for or against a new
treatment option. However, conducting high-quality trials in ultra-rare diseases is
challenging. In this project, we aim to overcome these obstacles. | am convinced that by
enhancing the quality of comparative studies, we can significantly improve the lives of those
affected now and in the future.”

Building on the European Reference Networks

European Reference Networks (ERNs) particularly (e.g.,, ERN ERKNet, ERN Epicare, ERN Bond,
MetabERN, ERN EuroBloodNet and ERN-EYE) will help establish a network of top-notch
clinical trial sites across Europe and create an efficient referral system for patients. This system
that brings together European hospital centres of expertise and reference to tackle rare, low
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prevalence and complex diseases, will help streamline the process of finding and enrolling
willing patients in appropriate clinical trials, especially for cutting-edge treatments like
Advanced Therapy Medicinal Products (ATMPs).

Rima Nabbout, Professor of Paediatric Neurology, director of the National Centre for Rare
Epilepsies at Necker-Enfants Malades Hospital says: “The active participation of physicians
experts in rare diseases in this project witnesses the major unmet needs that they face in their
everyday practice with patients and families. RealiseD will accelerate meaningful trials and
the use of multisource data in rare and ultra rare diseases in order to accelerate the
development of therapies with no patients left behind”.

Partnership and Impact

RealiseD will disseminate and integrate its solutions in playbooks to reach the broader rare
disease ecosystem through partnerships like ERDERA and will contribute to the Accelerating
Clinical Trials in EU (ACT-EU) initiative. This will boost the EU industry, make Europe more
appealing for clinical trials and, ultimately, will promote health equity across EU borders, by
ensuring that patients with rare and ultra-rare diseases receive the attention they need.

With this goal in mind, RealiseD unites nearly 40 partners from academia, regulatory bodies,
clinical research institutes and hospitals, patient organisations, pharmaceutical companies
and European Research Infrastructures to establish new gold standards for clinical trialsin rare
and ultra-rare diseases.

“RealiseD’s approaches may also have broader applications in other complex areas, including
paediatric research, signalling a new era for evidence generation and interpretation, where
the concept of totality of evidence will be better understood and accepted by stakeholders”
concludes Dr Alicia Granados, Head of Global Medical Scientific Advocacy & Insights for Rare
Diseases at Sanofi.

RealiseD originated as part of the Rare Disease Moonshot Initiative, launched in December
2022 at the European Health Summit, with the aim of boosting public private collaborations
and accelerating research into world'’s rarest diseases.

For more information, visit realised-ihi.eu or contact us info@realised-ihi.eu

Ralf-Dieter Hilgers & Solange Corriol-Rohou
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About RealiseD

RealiseD (CompRehensive mEthodological Approach to cLinical trlalS in (ultra-)rarE
Diseases) is funded by the Innovative Health Initiative, a public-private partnership (PPP)
between the European Union and the European life science industries, represented by COCIR,
EFPIA (including Vaccines Europe), EuropaBio and MedTech Europe.

The RealiseD Consortium is formed by the following partners:

Hasselt University, Eatris Eric, Sigmund Freud Private University Vienna Gmbh, Teamit Research,
Greater Paris University Hospitals, Eurordis - Rare Diseases Europe, Inserm, Heidelberg University
Hospital, Strasbourg University Hospitals, Rizzoli Orthopaedic Institute, Azienda Sanitaria
Universitaria Friuli Centrale, Vall D'hebron Research Institute, Medical University Of Vienna,
Radboudumc University Medical Center, Critical Path Institute, Sant Joan De Deu Hospital,
Humanitas University, Ghent University, Otto Von Guericke University Magdeburg, Conect4children
Stichting, Ruhr _University Bochum, University Medical Center Goéttingen (Umg), Paris Lodron
University Of Salzburg, International Drug Development Institute - Iddi, Institute For Quality And
Efficiency In Health Care, The European Medicines Agency, Astrazeneca Uk, Sanofi-Aventis Research
& Developement, Institut De Recherches Internationales Servier, Servier Bio-Innovation, Janssen
Pharmaceuticals, Boehringer Ingelheim, Ucb Biopharma, Novartis Pharma, Bayer Aktiengesellschaft,
Ipsen Innovation, F. Hoffmann-La Roche, Novo Nordisk
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https://www.uhasselt.be/en
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https://asufc.sanita.fvg.it/it/
https://asufc.sanita.fvg.it/it/
https://vhir.vallhebron.com/en
https://www.meduniwien.ac.at/web/en/
https://www.radboudumc.nl/en/patient-care
https://c-path.org/
https://www.sjdhospitalbarcelona.org/en
https://www.hunimed.eu/?_gl=1*144e73f*_up*MQ..*_gs*MQ..&gclid=CjwKCAiAgoq7BhBxEiwAVcW0LJDsF5psTrDL6dTL83M4desFLrDjEOZfXiFfiBG3AUV80SMWgO8SvBoC-PgQAvD_BwE
https://www.ugent.be/en
https://www.ovgu.de/unimagdeburg/en/
https://conect4children.org/2023/05/31/conect4childrenstichting/
https://conect4children.org/2023/05/31/conect4childrenstichting/
https://www.ruhr-uni-bochum.de/en
https://www.umg.eu/en/
https://www.plus.ac.at/?lang=en
https://www.plus.ac.at/?lang=en
https://iddi.com/
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