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Regulatory Harmonization Steering Committee (RHSC)

REPORT
Dialogue on ICH E17 Implementation
1 August 2025, Incheon, Korea

	The RHSC Policy Dialogue (Dialogue) on ICH E17 Implementation emphasized that consistent and science-based application of ICH E17 principles is important to reduce duplication, accelerate access to innovative medicines, and strengthen regulatory convergence in the APEC region. The RHSC has an important role in supporting E17 implementation through cooperation, and capacity-building.



Suggestions made during the session included:

· Remove Local Patient Quotas in Trials: Regulators may want to consider moving away from quotas of economy-specific enrollment and instead accept regionally pooled data unless not scientifically supported. Regulators may want to consider pooling based on shared intrinsic/extrinsic factors, limiting local clinical study or local patient inclusion requirements to cases with clear scientific justification.

· Strengthen Early and Continuous Dialogue While Avoiding Delay: Regulators may want to consider establishing early consultation mechanisms with sponsors to agree on pooling strategies, sample size allocations, and innovative trial designs, minimizing potential divergence between economies. 

· Integrate New Trial Modalities: Regulators may want to clear pathways for adaptive designs, decentralized clinical trials, and real-world evidence within the multi-regional clinical trial framework.

· Prioritize Patient-Centric Approaches: Regulators may want to ensure consistent methodologies for patient-reported outcomes and addressing translation, engagement, and representation challenges to improve patient centricity.

· Increase Transparency and Data Sharing: Regulators may want to expand publication of clinical trial data and assessments, adopt common templates for regulator queries, and facilitate cross-border clinical data transfer through mechanisms like the APEC Cross-Border Privacy Rules (CBPR) extension to labs/CROs.

· Develop an E17 Best Practices and Case Studies Document: RHSC may want to engage with ICH and member regulators to produce a best practices and case studies document to  support implementation of pooling strategies (e.g., decision tree or model framework), region definitions, and appropriate sample size strategies.

· Expand Regulator–Industry–Academia Training: Consider potentially building on the existing MRCT/GCP CoE Core Curriculum and CoE workshops, to address real-world pooling strategies, adaptive designs, and extrinsic factors with advanced, fit-for-purpose training modules.

· Support APEC-Level Protocol Cooperation: Consider potentially exploring an APEC-wide mechanism for shared review of innovative trial designs (e.g., adaptive, Bayesian, or platform trials), modeled on regulator collaboration initiatives like Project Orbis or the ACCESS Consortium.

· Advance Cross-Border Data and Privacy Solutions: RHSC could coordinate sharing clinical trial data, harmonizing privacy rules and accelerating pooled analyses.

· Monitor ICH E17 Uptake via KPIs: Consider incorporating additional E17-related KPIs in the future to measure how many and to what extent economies routinely review and accept MRCT data aligned with full implementation of E17.

· Remove Barriers for Regulatory Collaboration and Convergence: Potentially work with Ministries of Health and legislatures to align incentives and remove barriers. 


REPORT
Dialogue on Rare Disease Therapies & Orphan Medical Products
1 August 2025, Incheon, Korea

	The RHSC Dialogue on Rare Disease (RD) Therapies & Orphan Medical Products (OMPs), marked the first RHSC-hosted session dedicated to RDs. The Dialogue convened regulatory authorities, academic experts, and industry stakeholders to examine how regulatory systems across APEC can better support the development, review, and approval of RD therapies and OMPs.  The Dialogue emphasized that greater alignment and modernization of regulatory frameworks for rare disease (RD) therapies are needed to improve timely access, promoting innovation, and enabling meaningful convergence across APEC economies. Expert speakers highlighted the need for better orphan designation systems, stronger incentive structures, capacity-building for real-world evidence and patient-reported outcomes, and broader uptake of reliance and collaborative approaches.



[bookmark: _Hlk216995766]Suggestions made during the session included:

· Improve Designation and Incentive Structures: Regulatory authorities may want to revisit and clarify orphan designation criteria to promote transparency and predictability. Authorities may want to evaluate and strengthen financial and non-financial incentives for RD therapy development, including alignment with clinical development timelines.

· Advance Mutual Recognition and Reliance for Orphan Designation and Approval: Regulatory authorities may want to consider adopting reliance models for orphan designation and approval decisions, particularly for ultra-rare conditions. An example that may want to be   examined and determined if it can be adopted in other areas is Chinese Taipei’s pilot program for reliance-based approval.

· Streamline Regulatory Pathways for RD Therapies: Regulatory authorities may want to introduce or expand facilitated registration pathways specific to RD/OMPs, including accelerated review, conditional approval, and rolling submissions. Authorities may want to reduce duplicative requirements, particularly where reviews by WHO Listed Authorities (FDA, EMA, PMDA) or real-world data are available.

· Expand Use and Acceptance of RWE and PROs: Regulatory authorities may want to develop clear regulatory guidance on the generation and evaluation of real-world evidence (RWE), including registry data and natural history studies. Authorities may also want to take steps to consider patient-reported outcomes (PROs) in regulatory submissions.

· Invest in Regulatory Science Infrastructure and Capacity: Regulatory authorities may want to partner with academic institutions to develop evaluation frameworks and tools for RWE, PROs, and innovative trial designs. Authorities may also want to ensure regulatory staff are equipped to review novel endpoints and trial modalities used in RD drug development.

· Embed RD KPIs into Regulatory Performance Frameworks: Regulatory authorities may want to define and track metrics such as number of orphan designations, review timelines for RD therapies, use of reliance or accelerated pathways, and time-to-approval. Authorities may want to use RD-related KPIs to assess progress and support continuous improvement.

· Support Inclusive Patient and Sponsor Engagement: Regulatory authorities may want to have consistent and early engagement mechanisms between regulators, sponsors, and RD patient communities. Authorities may want to consider developing domestic guidelines on meaningful patient involvement in regulatory processes, using RDs as a model.

· Reviewing the Discussion Paper on Optimizing Regulatory Review: RHSC members and regulatory authorities may want to review, discuss, and consider the Global Rare Disease Policy Network’s Discussion Paper on Optimizing Regulatory Review & Approval of Rare Disease Therapies & Orphan Medical Products found here.

· Establish a Dedicated Mechanism on RDs within RHSC: RHSC may want to consider a new RHSC Priority Work Area (PWA) or Ad Hoc Working Group focused on RDs and OMPs. 

· Launch an APEC Self-Funded Project on RD Regulatory Training: RHSC may want to consider designing and delivering training modules on topics such as: orphan designation best practices, reliance pathways, RWE/PRO evaluation, and use of registries and natural history data.

· Develop an APEC Reference Document on RD Regulatory Practices: RHSC may want to collect and publish best practices, case studies, and lessons learned on RD therapy regulation across APEC, including on patient engagement, RWE utilization, and HTA alignment for RD therapies.

· Facilitate Dialogue on RD/OMP Challenges: RHSC may want to organize focused discussions to clarify common challenges and develop potential solutions.

· Promote Greater Regulatory Convergence and Alignment: RHSC may want to encourage convergence of orphan designation definitions and incentive frameworks where feasible. This could begin by mapping divergence across APEC in key regulatory features (e.g., incentives, approval pathways, etc.).

· Align RHSC KPIs and Workplan to Include RDs: RHSC could add RD-specific metrics to the KPIs to monitor convergence and access trends.

· Integrate RD Topics into Other RHSC Initiatives: RHSC may want to include RD-related issues in ongoing RHSC work on MRCT/GCP (e.g., ICH E17), supply chain resilience, advanced therapies, and Good Registration Management. 
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