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Results

Background Joint scientific consultation (JSC) Joint clinical assessment (JCA)

* The Health Technology Assessment Regulation (HTAR) in the » JSC, a voluntary process under the HTAR, that encourages early dialogue between health technology developers (HTDs) Early anticipation of PICO scoping is a critical step in aligning evidence generation for JCA with strategic objectives
E Uni EU INg Joint Clinical A t : : : . : : . : : .
uropean Union (EU), encompassing Joint Clinical Assessmen and Member States (MS), could play an essential role in shaping clinical study design that meets JCA evidence requiring a streamlined internal process (Figure 1).
(JCA) and Joint Scientific Consultation (JSC), introduces a unified . . . . . .
requirements (3,4)  Health Technology Developer (HTD) will have only 100 days after final PICO scoping to submit the JCA dossier (60
framework for evaluating the clinical value of medicinal products (1)
- Early engagement—ideally before pivotal trial (Phase II/I1l)—is strongly recommended to align on key clinical aspects days for accelerated procedure or type Il variation) (8) and must justify any deviations from final PICOs (2)
> all ey medieines will corme uneler the seefge of thie regLlston n (PICO) and ensure pivotal trial generates robust data, particularly in areas where there is no established precedent in the « PICO simulation should guide the design of an optimal clinical development plan:
January 2030' with the plitieess already initiated for OnCOIOgy drugs ﬂeld |nput on economK: aspects to sy pport na‘“onal HTA su meSSIOﬂS |S alSO pOSS|b|e (4’5) o PICO simulation should reflect the perSpeCtiveS of key markets that are representative of the EU-27 Member States (MS), encomppass
and advanced therapy medicinal products (ATMPs) (1) mMajor payer archetypes, and hold significant influence in the JCA process

« However, capacity for JSCs remains constrained, with only around 10 expected in 2025—5 to 7 for medicinal products

, . , o PICO should be prioritized based on their relevance to strategic objectives and the feasibility of addressing them, considering technical,
« A structured population, intervention, comparator, outcome (PICO) and 1to 3 for medical devices (6)

timeline, and resource constraints

PRIERER IS GENEEl B thgt irmeneris (2] * Because only a few products are expected to be accepted for JSCs in the early years, companies should establish a

« Anticipating PICO scoping is essential to identify potential evidence gaps early and proactively plan for tailored

fallback plan - such as seeking national HTA scientific advice - for instance, TLV and the SBU offer guidance on . .
. . evidence generation (Table 1)
Objective o | | - . .

designing clinical trials to meet JCA and reimbursement requirements (7) — or conducting "mock” or “proxy” JSCs (e.g., . . . o o
 However, PICO should serve to refine — not dictate — the development strategy. Begin by defining an aspirational value

 The objective of this research was to define strategic approaches via payer advisory boards) to anticipate likely research questions and PICOs o . . o
proposition and exploring key scenarios to maximize overall product value

for Global Biopharma/Biotech to ensure compliance with HTAR

requirements and enable timely patient access to innovative drugs Figure 1. lllustrative streamlined EU HTA process to ensure optimal JCA Table 1. Evidence considerations: Strategy and planning components to meet JCA requirements

inthe EU Clinical program Type of evidence Relevance
EU HTA procedure

Pre-clinical/ h Phase Il (or Phase .
Phase | Phase li Il if pivotal) Systematic/target  Develop a comprehensive, adaptable TLR (covering the disease and competitive landscape) and SLR
MethOdS o literature review (encompassing clinical efficacy, safety, and patient-reported outcomes) to enable quick post-scope
Plee Dossier IOEETIED dra?”gg;t&
i . submission . .. 2 i ' '
. A review of current JCA/ISC requirements and guidelines, coupled s;ﬁg:;g preparation | flnalrl‘satlon (SLR/TLR) adjustments (if required)
phase
with secondary desk research, was conducted to assess JCA p - < . . : : : . : : :
~ 80 days 100 days ~ 190 days Patient-reported * Include PROs in early-phase CDPs to capture patient-centric benefits in pivotal trial, since included
implications for internal Biopharma/Biotech processes and cross- approach - - L . . .
(standard ) outcomes (PROs) within JCA scope (9), to generate robust data aligned with expected PICO scenarios
functional collaboration timelines) Start MAA S JCA Final PICOs
Preparatory phase pre-PICO scoping ) . . . . .
1CA dossi trat ET—— e —— Indirect treatment  Plan ITCs against relevant comparators early—even for broader scopes—to align with multiple national
_ _ . . ossier strategy raft dossier pdate
 The potential for leveraging real-world evidence (RWE) to inform - - - - . , , ,
¥ S | ) Incl. data review, development incl. review strategy & comparisons (ITC) HTA requirements and to allow for swift post-scope adjustments
o - landscape analysis, PICOs by HTA experts & QC dossier
future PICO criteria and enhance stakeholder communication was , o , , ,
* This approach also ensures that work done for JCA submission can be effectively leveraged in national
PICO scenarios PICO
also explored .
P PICO(s) anticipation PICO survey, Continuous update of PICO submissions
strategy tointegratein proposal predictive strategy
CDP PICO
Abbreviations: ISC (if accepted) Real-world « |dentify relevant RWD sources early to accommodate multiple potential PICOs, with early data analysis
ATMPs, Advanced Therapy Medicinal Products; CDP, Clinical Early
Development Program; EC, European Commission; EGP, Evidence advice National or “proxy”/"mock” scientific data/evidence cleaning
Generation Plan; EMA, European Medicines Agency; EU, European advice
Union; HTA, Health Technology Assessment; HTACG, HTA (RWD/RWE) « Gain understanding of local populations, treatment patterns (e.g., comparators in use), and evolving
Coordination Group; HTAR, HTA Regulation; HTD, Health Technology SLR on efficacy. safety. & PROs/ TLR on landscape & Update
. . - . o Rabid TLR Y, Y, P market needs
Developer; ITC, Indirect Treatment Comparison; JCA, Joint Clinical =2 unmet needs (+ updates ) SLR/TLR & ITCs
Assessment; JSC, Joint Scientific Advice; LR, literature review; MAA, (Ilteratu.rg & Wh 1 g ited » , v , SWE I
Marketing Authorisation Application: MS, Member State; PICO. cA competitive | Update ere trial data are limited, consider cautiously leveraging to construct external comparator arms
Population, Intervention, Comparator, Outcome; PRO, Patient- J. Iandscapg PRO & ITC vs relevant comparators / RWE planning / ITC/RWD .
Reported Outcome; RWD, Real-World Data; RWE, Real-World glgssmr (marketed/pipe R LB analyses within ITCs
Evidence; SAP, statistical analyses plan; SBU, Swedish Agency for evl er.lce |n.e) Lo . . Update trial
Health Technology Assessment and Assessment of Social Services; generation anéllcczzlgzte Update ot clinical trial SAP data analyses
SLR, Systematic Literature Review; TLR, Targeted Literature Review; S S el e T e Y T ek o e [ A ey e
TLV, The Swedish Dental and Pharmaceutical Benefits Agency | insights Expert input  Engage early with HTA experts, clinicians, and patients to inform evidence generation and PICO selection

Conclusions

 While not binding, JCA reports will potentially shape national HTA decisions, especially in less mature systems. While MS retain authority over final benefit evaluations, JCAs are expected to increasingly shape local evidence expectations and, ideally, reduce duplication.
* |tiscrucial that companies leverage insights from upcoming evaluations to support internal teams and prepare for EU HTA submissions.

» To prepare for JCA and meet demanding timelines and enable optimal patient access to innovative drugs, early cross-functional alignment is essential. Global biopharma/biotech should facilitate harmonization across regulatory, clinical, HEOR/RWE, and market access

strategies while adapting internal team structures, roles, and planning processes.
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