
framework analysis to extract and elucidate the insights provided by
the diverse stakeholders.
Results:HTAand reimbursement interviewees agreed on the value of
including quality-of-life data, particularly when assessed using val-
idated PRO measures. Despite acknowledging the potential of PP,
there remained reluctance to integrate PP into reimbursement
decision-making. Participants expressed divergent opinions regard-
ing who should collect PED, with some regulators favoring industry,
while HTA and reimbursement agencies emphasized transparency
and independent PED collection. Limited experience in assessing
PED also contributed to hesitancy, underscoring the need for more
guidelines, especially at the national reimbursement level. Stake-
holders endorsed collaboration through joint scientific consultations,
expressing optimism about the impact of the Regulation
(EU) 2021/2282 on health technology assessment (HTAR).
Conclusions: This study emphasizes the high potential of PED in
informing reimbursement decision-making, fostering a more
patient-centered approach. Stakeholder disparities highlight the
complexity, necessitating more guidance, scientific robustness, trans-
parency, and collaboration. In light of these stakeholder consider-
ations, the upcomingHTARholds promise to enhance the systematic
implementation of PED, aligning healthcare decision-making with
patients’ needs and preferences.

OP34 Implications Of The New EU
Regulation For Orphan Drug
Health Technology Assessments
In Ireland

Cara Usher, Laura McCullagh, Michael Barry,

Roisin Adams, Emer Fogarty (EFogarty@STJAMES.IE) and

Lesley Tilson

Introduction:Time to reimbursement has been described as a hurdle
to availability of new medicines to European patients, with assess-
ment and decision-making processes frequently quoted as taking the
majority of time. In light of the upcoming Regulation (EU) 2021/2282
on health technology assessment (HTAR), the aim was to examine
timelines and health technology assessment (HTA) recommenda-
tions for orphan drugs in Ireland.
Methods: The study reviewed all orphan drug submissions to the
National Centre for Pharmacoeconomics (NCPE) from January 2020
to December 2023 inclusive. The number of days from marketing
authorization to rapid review (RR) commissioning was calculated.
The RR andHTA recommendations were identified for allmedicines.
The timelines for the RR and HTA process were evaluated.
Results:Of the 66 submissions identified, 38 percent weremade prior
to marketing authorization (MA), eight percent were made
within 30 days of MA, and 79 percent were made 30 days post
MA. RRs were completed within 32 days (mean). Full HTA was
recommended in 62 percent (n=41). Price negotiations were recom-
mended in 38 percent (50% of which have been reimbursed to date).
Where a full HTA was recommended (n=41), 20 have been com-
pleted to date (price negotiations were recommended in 90%). For

those 20 HTAs completed, 11 have been reimbursed to date; a
decision is pending for the remainder. HTAs were completed
within 200 days (mean).
Conclusions: Data shows that the majority of submissions were
made 30 days post MA. A pragmatic approach may have to be taken
nationally to accommodate the HTAR post 2024 and those submis-
sions that are made prior to publication of a joint clinical assessment.
The majority of orphan drug HTA recommendations lead to reim-
bursement recommendations.

OP35 Early Access To Medicinal
Products In France: A Positive
Evaluation Two Years Into The
New Framework

Virginie Crespel (v.crespel@has-sante.fr), Guillaume Roux,

Alice Desbiolles, Alexandre Beaufils, Thierno Diatta,

Floriane Pelon and Camille Thomassin

Introduction: Introduced in July 2021, early access to pharmaceut-
icals allows French patients to have rapid and reimbursed access to
presumed innovative medicines prior to marketing authorization or
regular reimbursement registration. The French National Authority
for Health (Haute Autorité de Santé [HAS]) is responsible for grant-
ing early access authorizations and for health technology assessment
upstream of regular reimbursement. This analysis evaluates the
outcomes of the 2021 reform.
Methods: In collaboration with the national regulatory body
(ANSM) and the Ministry of Health, a descriptive and retrospective
analysis has been conducted to assess the impact of this reform. The
data were extracted from published HAS decisions and from theHAS
internal information system (EVAMED). The period considered is
the first two years of the reform, from 1 July 2021 to 30 June 2023.
Different information has been analyzed, such as conclusions of
decisions returned, therapeutic areas concerned, and decision pro-
cessing time. An additional analysis focused on HAS opinions on
regular reimbursement for the medicines for which early access was
granted.
Results: In two years, over 250 applications (including first applica-
tions, modifications, and renewals) have been submitted, increasing
over time, and 180 decisions were issued by HAS within this period.
Eighty percent of HAS decisions were positive for early access.
Among the medicines for which early access was granted, 86 were
also assessed for regular reimbursement, of which 78 percent
obtained a positive clinical added value score (at least ASMR IV).
Overall, the early access program is estimated to have facilitated
coverage approximately nine months before regular reimbursement
and benefited over 100,000 patients.
Conclusions:Manufacturers make extensive use of early access appli-
cations. A positive assessment of the reform outcomes emerges from
this analysis, emphasizing the role ofHAS in accelerating patient access
to presumed innovative treatments. In light ofUS experience and of the
uncertainties surrounding fast-track authorization procedures, moni-
toring of the French early access system will continue.
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