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Interpretation of Guidance on Nonclinical Evaluation of Enzyme Replacement
Therapy Products for Rare Diseases
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Abstract: To provide scientific guidance and standardize the nonclinical investigation and evaluation of enzyme replacement therapy
(ERT) products intended for rare diseases and foster the development of products for rare diseases, China issued Guidance on
Nonclinical Evaluation of Enzyme Replacement Therapy Products for Rare Diseases on 23 February, 2024. This article presents a
comprehensive interpretation of the guidance, covering the drafting background, idea and related content. It highlights the pivotal

scientific considerations for the nonclinical pharmacodynamics, pharmacokinetics and toxicology research evaluation of ERT products

drawing on concrete case studies, combined with some cases, aiming to provide reference for drug researchers.
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Only summarize the marketing authorization status in the United States, European Union, and China; &-Myozyme and Lumizyme are both recombinant

human acid alpha-glucosidase developed by GENZYME, with different production processes.
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o pe] WSESmILY) M i KBy Rk
&R e 2 ES i AM ES 2 A
Elfabrio iv /INER 6 ™1 R E! — —
Vpriv iv KE 3™MH. 64 H QERTE (S 6 ™A — —
Elelyso iv — — B 4 — —
B 4. 394

Nexviadyme (fifTi%%) iv /INER, 4 TR 26 J — —
Pombiliti iv N 26 J s 26 4 — —
Lamzede iv — — fo Y 13 MAN2B1 KO /N, 26
Brineura icv  — — — — TPPL SR IIEIAR: 39 &
Kanuma iv K 4 R AR, 268 — —
Xenpozyme iv N 26 JA R 26 /& AMS KO /M, 13
Vimizim  (MEEEEE) v N 26 ) 4Bk 52 F — —
Mepsevii iv — — Y EERE 264 — —
Strensiq sc YK 26 YRR 26 14 — —
Palynziq sc KER 4. 26 R 4. 39F — —
Adzynma iv N 5R. 30 K. 26 F fiEf 4 — —
Revcovi im N 4 J N 4 — —

Ak H FDA AT drug review.

Data comes from the FDA's publicly available drug review.
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