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Abstract

Type 1 diabetes (T1D) is a hyperglycemic syndrome caused by insulin deficiency due to
autoimmune destruction of pancreatic B cells. In severe cases, the patients experience severe
hyper- and hypoglycemia, leading to acute and chronic diabetic complications, despite the
intensive insulin therapy. In the present study, we investigate the efficacy and safety of the
immunomodulation therapy using anti-thymocyte globulin (ATG) and pegfilgrastim (PeG-CSF) to

prevent pancreatic B cell destruction for newly-onset type 1 diabetes in Japan

Study participants who met the inclusion criteria are randomized into drug
administration group (DG) and control group (CG). The frequencies of adverse events are
evaluated for the safety. Glycemic parameters, pancreatic B cell function, and T cell phenotypes

are evaluated for the efficacy.

In FY28, we deeply discussed about ethical issue and safety of this trial with the
collaborators, including clinical research center of NCGM. Then, the ethical committee of NCGM
finally approved this clinical trial on December, 2016. After we established electric data collection
systems, so called RedCap systems, trial monitoring systems, the first case was randomized on

March, 2017.

Simultaneously, we established immune-monitoring systems to assess the
immunomodulation effects of ATG/PeG-CSF therapy. Using this assay, we found that islet
antigen-specific T cell phenotypes were distinct among the three subtypes of type 1 diabetes, acute
onset-, slowly progressive-, and fulminant-type 1 diabetes. These results were presented at the
14th Congress of the Japanese Study Group of Type 1 Diabetes. The findings are very important in

terms of the selection of study participants.

In FY29, we will continue patient recruitment based on the integrated systems

established in FY28.
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