Oireachtas All Party Group
ACCESS TO
ORPHAN MEDICINES

SAVING LIVES, REDUCING DISABILITY
July 8th 2026

eland www.rdi.ie advocacy@rdi.ie



What are Rare Diseases? .

« Conditions that affect less than 1 in 2,000 people
« Estimated 6,000 - 8,000 different rare diseases
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What are Orphan Medicines?

* Medicines that prevent or treat rare diseases

* Only 4.7% of rare diseases benefit from an
orphan medicine in Europe

“Rare diseases in numbers,” Orphanet Report Series, February 2026

Huge unmet need in rare diseases

driving orphan medicine investment...
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Orphan medicine investment...

« Rare diseases account for 44% global clinical trials
« Rare disease pipeline grew 55% over past decade

 Dominated by small emerging biopharma
(running 61% of rare disease trials)

“From Orphan to Opportunity: Mastering Rare Disease Launch Excellence,” IQVIA, April 2024

Investment is following unmet need;

but access is not keeping pace...

Ko Rare Di
’)&% arﬁel‘.::?ses www.rdi.ie advocacy@rdi.ie



What do we want? e

300,000 people living with rare diseases in Ireland, as well as their
families and caregivers, call for an Ireland where they can have
longer and better lives and achieve their full petential, in a society

that values their wellbeing and leaves no one behind.

TIMELY EQUITABLE ACCESS e s e et n
TO INNOVATIVE TREATMENTS

daily lives of affected individuals and their families.

e next govemment must take steps to build on the progress that is being made with
evelopment of a new National Rare Disease Strategy for Ireland. Delivering on the ambitions of
@ strategy will Improve the lives of tens-of-thousands of people living with rare diseases by
elwenng faster ziagmsls (wr!h |rrprov ounting, coding and healthcare planning), better
Prhealth and social care, including mental health care, and
d treatment, including care and treatment available

Ur priorities for the next five years. We are calling for people living
P a priority aroup for the next Government, and all other relevant

Access within 1 yr ——

EMA authorisation '

) TIMELY EQUITABLE ACCESS
T — TO INNOVATIVE TREATMENTS
BETWEEN HEALTH REwrw..— 4ND TOOLS
AND EXPERT CENTRES

Appoint a cross-se 0 develop and implement a strategy that ensures

innovative medicin®s are available to EeoEIe Iiving with rare diseases within one

year of receiving Euroeean Medicines Agencx sEMAt marketing al.irtht:nrrisatic:rni with

. appropriate safe delivery and outcome evaluation, including outcome registries.
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EU authorised orphan medicines

* 163 orphan meds now authorised in EU

https://www.ema.europa.eu/en/documents/report/medicines-output-medicines-report_en.xlsx Jun 25, 2026

Cordex Biologics Argenx SIF1

Jazz Pharmaceuticals Les Laboratoires Servier

= Chiesi Farmaceutici GlaxosmithKine s from 86 Companies,
66 of whom have one
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Orphan medicine access in Ireland

* 163 orphan meds now authorised in EU

https://www.ema.europa.eu/en/documents/report/medicines-output-medicines-report en.xlsx Jun 25, 2026

— 37% (61) reimbursed by HSE
— 20% (32) in the ‘reimbursement system’
— 43% (70) no submission for reimbursement

From NCPE website & HSE Online Tracker Jun 25-29, 2026

L;nnn;nnﬂi

2015 2016 2017 2018 2019 2020 2021 2022 2023 2024 2025

® .
M T — Year EMA Authorised
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Some of the missed opportunities

Uveal Neoplasms
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Thrombotic Thrombocytopenic Purpura

for improved quality of life

Hypoparathyroidism
Hepatic Porphyrias
Niemann-Pick Disease
Hereditary Angioedema
IgA Glomerulonephritis
Wiskott-Aldrich Syndrome
Small Cell Lung Carcinoma

Neonatal Diabetes Mellitus
Amyotrophic Lateral Sclerosis

Hvperaraininemia

Acromegaly

Myasthenia Gravis

Ovarian Neoplasms
Achondroplasia

Gastrointestinal Stromal Tumors
Lymphoproliferative Disorders

Primary Immunodeficiency
Pulmonary Hypertension
Acanthamoeba Keratitis
Epidermolysis Bullosa

Neuroendocrine Tumors Friedreich Ataxia
Factor X Deficiency

Alagille Syndrome

Mucopolvsaccharidosis VII
Primarv Hvperoxaluria

Duchenne Muscular Dvstrophv

Hvpophosphatasia
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Access delays —
all authorised orphan meds

Clinical EMA Reimbursement HSE SLT Startuse Lose
Trialsin »  Marketing » applicationto Reimbursement » inclinical » exclusivity
humans Authorisation HSE CPU (NCPE) decision practice
I I
Medicines access continuum Time
| | —
Clinical Trials < > _
510 days* 819 days* 338 days**
Delay making Reimbursement Medicines
Reimbursement System Management
Application (n=61) Programme
(n=93)

* From NCPE website & HSE Online Tracker Jun 25-29, 2026
* https://www.ema.europa.eu/en/documents/report/medicines-output-medicines-report_en.xlsx Jun 25, 2026

**|PHA Feb 2025 report
[ ]
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From EMA authorisation
to use In clinical practice

Clinical EMA Reimbursement HSE SLT Startuse Lose
Trials in »  Marketing » applicationto Reimbursement » inclinical » exclusivity
humans Authorisation HSE CPU (NCPE) decision practice

I I
Medicines access continuum
I I

1329 days + 338 days if MMP required
(3.5 years + 1 yr if MMP required)

Time

From NCPE website & HSE Online Tracker Jun 25-29, 2026
https://www.ema.europa.eu/en/documents/report/medicines-output-medicines-report _en.xlsx Jun 25, 2026

IPHA Feb 2025 report
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Delays in orphan medicine
access in Ireland

* 163 orphan meds now authorised in EU
— 37% (61) reimbursed — 1329 (+338 MMP) days —

— 20% (32) in the ‘system’ — 1362 days
— 43% (70) no submission — no hope!
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Please ask the Health Minister to...

direct the Department of He%%esta?lish a time bound

multistakeholder group in @ ry 2 t will review and

make recommendatio

* revising the drug@burs rocess, and

* Iimplementing @arly 9X‘Chemes for rare diseases
with a view to enabling «:Cylo orphan medicines within

1 year of EMA authorij for people living with rare

diseases in lreland.

%* Rare Diseases

)( Ireland www.rdi.ie advocacy@rdi.ie



Early access scheme to bridge delays
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Clinical EMA Reimbursement HSE SLT Startuse Lose
Trials in »  Marketing » applicationto Reimbursement » inclinical » exclusivity
humans Authorisation HSE CPU (NCPE) decision practice
I I
Medicines access continuum Time
I I

Clinical Trials Early Access Schemes - _

From NCPE website & HSE Online Tracker Jun 25-29, 2026

https://www.ema.europa.eu/en/documents/report/medicines-output-medicines-report _en.xlsx Jun 25, 2026
*IPHA Feb 2025 report

Ireland
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Early access schemes....

B High transparency

® Medium transparency
Low transparency

W No EAP in place

Non-European

EAP
countries transparency

Australia

Brazil Low
(+) Canada
@ China Low
® apan  ENISEGREN
g Saudi Arabia _

Us

Ireland is an outlier
with NO
early access scheme

https://www.ispor.org/docs/default-source/euro2024/isporeurope24prueferthpr204poster146303-pdf.pdf?sfvrsn=53b4bbd3 0
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Early access scheme noted in

v Programme for Government - Jan 2025
v National Rare Disease Strategy - Aug 2025
v Framework Agreement - Mar 2026

Where is the URGENCY?

We don’t have the luxury of time...
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Please ask the Health Minister to...

direct the Department of Health to

iImmediately establish a time-bound multistakeholder group that
will review and make recommendations on

**implementing an early access scheme for rare diseases™*

with a view to enabling access to orphan medicines within 1 year of
EMA authorisation for people living with rare diseases in Ireland.
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