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スタンプ


Provisional Translation

The Japanese Lysosome disease Patients and Family Association
Executive Director Takeyuki Akiyama

Summary of Remarks
(Lessons Learned from the Drug Lag Experience)

1. Current Status and Challenges of Introducing Treatments for Pediatric Rare Diseases:

There are 31 types of lysosomal diseases, congenital in nature, most of which are severe and
have very few patients (ranging from a few patients to a few hundred).

In 2005, we experienced a drug lag with the treatment for mucopolysaccharidosis type VI and
had to obtain the medication through personal importation. This issue was also discussed in the
National Diet of Japan.

Introducing treatments for pediatric rare diseases is highly challenging.

While 20 companies in the United States are developing treatments for these diseases, only one
company in Japan is doing so.

The disparity in the development status between the two countries is evident, even when
considering their GDPs.

Efforts in Research and Drug Development:

Investigate research and development information domestically and internationally, request new
research, and support research at universities.

Actively support the domestic development and introduction of new drugs.

Establish a fund and make donations to medical doctors and researchers to support basic
research.

Need for New Projects and Support:

Support the matching of overseas seeds with Japanese researchers.

Diseases with only a few patients face difficulty in getting cooperation from pharmaceutical
companies due to profitability concerns.

It is important that patient’'s voice should be involved in industry-academia-government
collaboration.

The development of treatments for these diseases with only a few patients in Japan faces
challenges in gaining researcher cooperation.

4. The Voices of Patients' Families are Hard to Reach:

Lysosomal diseases are progressive, and it is not uncommon for children to pass away at a young
age.



® Due to lifestyle restrictions from caregiving, it is difficult for patients' families to engage in activities
and make their voices heard by the government.
® Early development of treatments is crucial because these diseases are a time-sensitive matter.

5. The Need for Government Support:

® FEarly diagnosis and early treatment are necessary through newborn mass screening and
genome analysis.

® Comprehensive government support is essential due to the difficulty of drug discovery and
development based on market principles.

® Patients suffering from rare disease will be left behind without government support. This is the
reality.

We sincerely request the government's support to ensure that no child is left behind.



