Menia Koukougianni

Patient Representative Rare Diseases Greece,
Co Founder NGO KARKINAKI Awarenss for Childhhood & Adolescnet Cancer

ENQXH ZMNANIQN
ATOENQN EAAAA’ -

y J



DISCLAIMER

The views and opinions expressed in the following PowerPoint slides are those of the individual presenter. These
PowerPoint slides are the intellectual property of the individual presenter and with all rights reserved. All logos are
registered trademarks. All other trademarks are the property of their respective owners.

Disclosures

I have no real or apparent relevant financial relationships to disclose




Epidemiological data
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Rare Diseases in a Nutshell

# of Rare Diseases # of Patients Affected
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Brugada syndrome
Protoporphyria, erythropoietic
Guillain-Barre syndrome
Melanoma, familial

Autism, genetic types
Tetralogy of Fallot
Scleroderma

Familial long QT syndrome

Polycystic kidney disease, Autosomal ..

Romano-Ward syndrome
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Top 10 Rare Diseases (based on # of patients)
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https://app.powerbi.com/groups/me/reports/6efcfdde-71dc-450c-9bb8-ee81ea1c8ba2/?pbi_source=PowerPoint
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Consists of 30 regular members, including Associations, Societies, and
NGOs representing patients with Rare Diseases across the country.

Is the largest representative body for Rare Disease patients in Greece
and an institutional partner of all public and non-public entities.

Participates in Committees and Working Groups, such as the Rare
Diseases Committee, the Registry Working Group, the Pharmaceutical
Expenditure Committee of the Ministry of Health, and others.

Is the official representative body of Greece abroad, a member of the
European Organization for Rare Diseases (EURORDIS).
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EUROPEAN AND NATIONAL PROJECTS
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COLLAEQRATIVE NETWORK FOR EVRDFEAN
* CLINICAL TRIALS FOR CHILDREN

EUROPEAN RARE DISEASES RESEARCH ALLIANCE
2024 -2034
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lesearch Infrastructure

GREECE Greek Clinical R

GRECRIN aims to create a reliable network to
expedite clinical trial research in Greece.

Created in 2023, GRECRIN aims to support and facilitate academically initiated
multinational clinical trials and to provide affiliated countries with all the
necessary services for clinical research. By fostering communication among
life scientists, stakeholders, authorities, and patients, GRECRIN aspires to
overcome obstacles in conducting clinical trials in Greece. GRECRIN will
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Know the rare for better care

5

12™ EUROPEAN CONFERENCE ON

RARE DISEASES & ORPHAN PRODUCTS @ EXAE

NQIH INANION
ALOENON EAAAAOL



Project Portfolio
Epsuvntika Mpoypappa
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PKU RESEARCH AND SUPPORT : Project Code 16843

Rare Diseases Greece is willing to support with a Grant of 13.000 a dedicated program to support the
under-served PKU community, to design well targeted activities and build a pathway that helps PKU
patients to reach a better treatment outcome.

PKU Support Program Purpose and Detailed Budget:

The Association will support an one-year program (April 2023 - April 2024) with the aim to enable the
participating HCPs and patient advocates to develop a consensus on training guidelines and discussion
guidelines for the clinic, a registry of the adult PKU population in Greece, tools to monitor patient

compliance and to operate a PKU hot-line within the Clinical Center with the support of the E Z H E
Association.
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Access from
Prevention to Treatment
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The Need for a National Action Plan

Care-therapy
. * Centers of excellence
Prevention = Timely access to optimal care
+ Develop Screening Policies + Compassionate use

+ Dedicated RD research programmes programmes
and governance of RD research funds

£$Q

Research & education

« Mapping of existing research
resources, infrastructures and
programmes for RDs

* Registries
*  Access to treatments
Timely diagnosis - Off label use of medicinal
= Diagnostic and products
genetic testing

* Ensure quality of RD
diagnosis laboratory
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The Health Budget
Implications

DMD patients 240-522 patients (0.005% of pop)
Total cost of DMD over a two-year timeframe is
0.8% of the total health expenditure in Greece

SMA patients 190-348 patients (0.003% pop)
Total cost of DMD over a two-year timeframe is
1.2% of the total health expenditure in Greece

€7 111/ patient per year for diabetes - 10% of population



RARE DISEASE ODYSSEY

£$Q

Prevention

+ Develop Screening Policies
+ Dedicated RD research programmes
and governance of RD research funds

Care-therapy
* Centers of excellence
+ Timely access to optimal care

« Compassionate use
programmes

Research & education

« Mapping of existing research
resources, infrastructures and
programmes for RDs

* Registries
*  Access to treatments
« Off label use of medicinal
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Timely diagnosis

» Diagnostic and
genetic testing

* Ensure quality of RD
diagnosis laboratory



Barriers to Accessibility
|
» Lack of information
» Lack of communication
» Language
» Time Consuming

» Support


https://unsplash.com/@cbarbalis

Patient’s Needs
|

» Access to innovative treatment

» Better communication and collaboration
» Facilitation

» Guidelines for the procedure

» Follow Up Care


https://unsplash.com/@cbarbalis

How many patients do have access? (Greek National Health Services Organization, 2013-2022)
-
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48 GERMANY THERAPY 9 GERMANY

177 SWITZERLAND 1 GERMANY 3 ITALY

8 GREAT BRITAIN

1 USA
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2 CZECH REPUBLIC  1ITALY 1 GERMANY
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How can we change it?
|

» Train Health care Professionals & Providers
» Train Patients Experts & advocates

» Guidelines for Access

» Eliminate Paperwork

» Facilitate Cross Border Health

» Guidelines for Follow Up

» Establish National Expert Centers


https://unsplash.com/@cbarbalis

Patients’ Organizations Role

» Representation and advocacy: Patient organizations play a central role, as
they represent the rights and needs of patients. They actively participate in
shaping policies and promoting the improvement of healthcare services.

» Awareness and education: Organizations inform patients about the
opportunities provided and encourage them to seek specialized care.

» Participation in decision-making: They actively participate in working
groups and health committees, contributing to the formation of strategies for
better integration of networks into national healthcare systems.


https://unsplash.com/@cbarbalis

Patients’ Organizations Role

» Promotion of Participation in Research: Patient organizations encourage
participation in clinical trials by informing patients about their options and the
benefits of their participation.

» Liaison with the Pharmaceutical Industry and Regulatory Authorities:
Patient organizations maintain contact with pharmaceutical companies and
regulatory authorities to express patients' views and concerns, and to pursue
improvements in research and drug development.

» Site Support and Data Collection: Patient organizations maintain
connections with clinical sites conducting trials, patients, and often ensure
the collection and access to high-value data such as PROMS, RWE, Patient
Preferences Data, Patient Experience Data, and many others.
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A Case to Follow & Share
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SPECIALIZED COURSE ON
CLINICAL ASPECTS OF HEAVY
ION THERAPY RESEARCH
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Specialized Course on Clinical Aspects of Heavy lon Therapy Research

3-7Jul 2023
Online
Home 2
Desgite their physical and biological limitations, most cancer radiation treatments worldwide are defivered
Organizers with high-energy X-rays. However, particl therapy using protons and heavy fons has many advantages over

conventional X-Ray radiotherapy. Heavy ion beams radiate tumors by focusing on cancerous tissue whilst

sparing healthy tissue around it, making the treatment more effective than any other irradiation treatment.
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