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In the current fiscal year, we decided to receive a low molecular weight compound for drug screening
from a pharmaceutical company. In addition, we almost completed the construction of the toxicity
evaluation system, negotiations with development contract entrustment agencies began, and we were able
to begin quality control of the toxicity evaluation test. The objective of this project is to establish a
system to search drug discovery seeds for such diseases by using iPS cells and the like derived from
patients such as intractable diseases, etc. B. differentiate iPS cells into hepatocytes etc. and utilize the
cells And to establish a system to evaluate the safety of drug candidate substances that have been made.
Utilizing the unique characteristics of the National Center for Child Health and Development Research,
we established iPS cells for rare diseases "diseases accompanied by mutation in genes involved in gene
repair” and searched for drug discovery seeds. In addition, iPS cells are differentiated into hepatocytes
and the like, and a safety screening system of drug candidate substances utilizing the cells is prepared.
The National Center for Child Health and Development has been responsible for the diagnosis and
treatment of intractable diseases and rare diseases. Particularly due to the achievements of research
projects to overcome intractable diseases, we have collected a large number of intractable and rare
genetic diseases already agreed, and since we will continue to accumulate cases in the future, Is expected.
Analyzing the phenotype of diseased iPS cells, it became possible to elucidate the pathology of
intractable diseases and constructed an extensible assay system to high throughput screening (HTS). By
using these assay systems to perform drug screening using libraries composed of low molecular weight
compounds, it becomes possible to identify compounds that serve as a seed for therapeutic drugs for
refractory diseases. Through this project, we can organically associate genetic analysis information and
clinical information in drug discovery search, realize a system to create even more added value as iPS cell
bioresources, create drug discovery, build drug screening regime . A novel toxicity evaluation system
with high practicality and general versatility was constructed as a development result of in vitro toxicity
evaluation system using human iPS cells and in the future based on it, preparation of toxicity guidelines
to be reflected in the new drug approval review under the Pharmaceutical Affairs Law It will be possible
to develop to global standard of ICH to which major world new drug development countries participate.
Due to research results such as the differentiation induction technology obtained in this project, model
cells derived from iPS cells, screening system using model cells, drug toxicity database obtained by

screening, etc., it is expected to greatly improve development efficiency at the drug development stage .
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