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Optimizing Regulatory Processes to Improve

Accessibility of Orphan Drugs

Takeda

Summary

Patients with rare diseases face challenges of drug shortages and high prices,
making drug accessibility a major global public health issue. The inherent high risk,
lengthy development periods, and small patient populations of orphan drugs
exacerbate this issue significantly. Creating a favorable policy environment for
medication accessibility is crucial not only for patients’ health but also as a critical
measure of healthcare development achievements and national governance
modernization levels.

China has made positive progress in the management and medication security for
rare diseases; however, there is still room for improvement in some key areas. On
one hand, as public health awareness increases, the demand for orphan drugs has
surged, but there is no consensus on the definition of rare diseases and their
medications, lacking a unified and clear certification system as a basis for policy
implementation. On the other hand, although the country has introduced a series of
favorable policies to accelerate the entry of orphan drugs into the domestic market,
there remains room for improvement in specific areas such as facilitating reviews
and approvals, and enhancing import regulations. In particular, complex procedures
involving multiple parties increase customs clearance time significantly reducing
efficiency when importing orphan drugs. The small scale of customs personnel
engaged in frontline inspection work may no longer be adequate to meet surging
quantities affecting clearance efficiency further. Currently, the requirement for the
quantity of samples for the import inspection of orphan drugs is the same as that for
ordinary biological products. Each batch undergoes import inspection with a tripled
sample size for testing. This imposes a significant economic burden on
pharmaceutical companies compared to the minimal import volumes of orphan
drugs, directly impacting the accessibility and affordability of these medications..
Developed countries like the United States, European Union, and Japan, have
implemented targeted yet comprehensive policy systems for orphan drugs. They
have achieved this through legislation, qualification recognition, and various
measures that greatly promote the development and importation of these
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medications. This has significantly improved their accessibility of orphan drugs,
which is worth learning from.

Drawing on international experience and the current landscape in China, the report
offers recommendations across six dimensions, aimed at optimizing the regulatory
framework and system for rare disease pharmaceuticals. The ultimate goal is to
further enhance the accessibility of orphan drugs.

1)

2)

3)

4)

5)

6)

Continuously deepen the comprehensive reform of pharmaceutical
regulation. This entails ongoing reforms across various facets such as
guiding principles, organizational structures, and infrastructural
enhancements. The regulatory emphasis should pivot from the mere
approval process towards bolstering supervision and management
throughout the entire pharmaceutical production chain, ensuring stringent
quality control from inception to distribution.

Establish a robust -certification framework for rare disease
pharmaceuticals. This framework should encompass the entire spectrum,
from precise definition and dedicated research support to facilitating
market entry. Additionally, the establishment of a specialized entity
tasked with certifying orphan drugs is recommended.

Enhance the registration review and approval regime for orphan
drugs. Implementation of stratified management strategies, informed by
risk assessments and empirical data, is imperative. This approach will
streamline the approval processes for innovative medications. For
critically needed rare disease drugs, explicit support for concurrent
processing of registration inspections and market approvals, along with
expedited review pathways for pharmaceutical modifications, is
warranted.

Streamline the inspection and sampling procedures for orphan drugs.
Proposals include waiving drug inspections for imported finished orphan
drugs upon entry into Chinese ports. Introducing initiatives to facilitate
the importation of rare disease drugs and refining sampling standards for
inspection purposes are also recommended.

Institute a subsidy policy for rare disease pharmaceutical sampling.
By means of direct or indirect subsidies, mitigate the impact of substantial
inspection volumes and the associated financial burden borne by
enterprises engaged in the importation of rare disease drugs.

Harness the potential of bonded zone policies to drive importation
efforts. Leveraging the advantages of existing comprehensive bonded
zones and extending successful pilot initiatives to additional zones to
significantly enhance the efficiency of pharmaceutical imports.
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