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iPS細胞を臨床応用するために
求められるべきデータ

─ FDA/EMA規制文書に基づく我が国の iPS関連通知の考察 ─
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Abstract
　　Clinical development of regenerative medicine using somatic stem cells is making steady progress 
toward practical application all over the world. Needless to say, clinical trials of cellular-based products are 
regarded as being in the experimental stage in the world and mostly have been conducted under the 
Pharmaceutical Affairs Law (PAL). Therefore, their efficacy and safety are rigorously evaluated by 
regulatory authorities based on quality-assured preclinical and clinical data, aiming at the goal of marketing 
authorization.
　　Currently in Japan, several investigator-initiated regenerative medicine clinical trials under the PAL 
have steadily achieved planned progress. On the other hand, “clinical research of iPSCs (induced 
pluripotent stem cells)” outside the control of PAL has been rapidly accelerated toward clinical application.
　　Considering this situation, we reviewed Japanese regulations related to preclinical assessment of 
cellular-based products, comparing with the regulatory policies of the U.S. Food and Drug Administration 
(FDA) and European Medicines Agency (EMA). We found that Japanese regulations of regenerative 
medicine using cellular-based products mainly focus on quality control and manufacturing of cell 
preparations, while both the FDA and EMA intensively discuss about preclinical studies of cell preparations 
and risk factor examination, apart from the issue of manufacturing.
　　We conclude that in Japan all the clinical trials of cellular-based products should be conducted under 
the control of PAL and that regulatory science concerning preclinical and clinical assessment of such 
products should be discussed in greater depth based on the examination of FDA/EMA policies.
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1．はじめに

Table 1　Regenerative medicine clinical trials using somatic stem cells in Japanese academia

文部科学省橋渡し研究支援推進・同加速ネットワークプログラム　体性幹細胞等を用いた再生医療治験

品目 分類 治験 対象疾患 状況

自己骨髄幹細胞（CD34+）

自己関節軟骨細胞

自己筋芽細胞シート

自己骨髄培養幹細胞（MSC）
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2．FDAガイダンスと我が国の通知発出
の経緯

Table 2　Guidance and notifications concerning cell preparations 
in the United States related to this paper

本論と関連した，米国における細胞製剤等に関する通知／ガイダンス
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3．幹細胞製剤の潜在的リスクに関する
FDA草案の要旨

Table 3　Laws and notifications concerning regenerative medicine in Japan related to this paper

本論と関連した，我が国における細胞製剤および再生医療関連法令・通知等
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4．EMA草案で示された
リスクベースド・アプローチ

5．本邦 iPS通知に見られる責任回避
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6．本邦通知に見られる論理的および
倫理的問題
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7．全身投与の際に生じる身体的リスク

8．iPS通知に見られるアプローチの欠陥
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9．我が国のレギュラトリーサイエンス
のあり方

10．造腫瘍性／長期毒性試験
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11．再生医療新法の重大な問題点

12．レギュラトリーサイエンスの
原点と展開
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13．むすびにかえて



－405－

Clin Eval 41

文　献
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