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syndrome in children
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The management of the clinical trial about Mycophenolate mofetil for
childhood-onset, complicated, frequently relapsing nephrotic syndrome
or steroid-dependent nephrotic syndrome.
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The management of a prospective multicenter trial ;

Rituximab and methylprednisolone pulse therapy for childhood-onset,

complicated, steroid-resistant nephrotic syndrome
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The aim of this study is to carry out the following 2 clinical trials in accordance with the
Japanese Advanced Medical Care B program. They are a multicenter, double-blind, randomized,
placebo-controlled trial to examine efficacy and safety of mycophenolate mofetil (MMF) after
rituximab treatment for childhood-onset, complicated, frequently relapsing nephrotic syndrome
or steroid-dependent nephrotic syndrome (JSKDCO07, CTR ID: UMIN000014347), and a
prospective multicenter trial to examine efficacy and safety of rituximab and methylprednisolone
pulse therapy for childhood-onset, refractory, steroid-resistant nephrotic syndrome (JSKDCO08,
CTR ID: UMIN000014895). JSKDCO07 and JSKDCO08 have been approved as the Japanese
Advanced Medical Care B program on January 30, 2015, and March 30, 2015, respectively. A
pharmacokinetic study of MMF (JSKDC09, CTR ID: UMIN000016764) accompanied by
JSKDCO07 is also carried out.
<JSKDCO07 and JSKDC09>

JSKDCO07 has been approved as the Japanese Advanced Medical Care B program in 27 hospitals
in Japan including Kobe University Hospital (Central hospital of the program) by March 31, 2017.
Fifty-four patients and 48 were enrolled into JSKDCO07 and JSKDCO09, respectively, by March 31,
2017. From April 1, 2016 to March 31, 2017, 42 patients were enrolled into JSKDCO7. The
number of patients enrolled were much higher than planed (25 in a year). By March 31, 12 serious
adverse events were report. Two of them were reported at the end of March, 2017. In the other
10 cases, all were reported to be recovered.

An interim analysis for safety was carried out when 20 patients were enrolled into JSKDCO7.
The Independent Data and Safety Monitoring Committee evaluated that there was no safety
problem, and advised us to continue the trial.

<JSKDC08>

The first patient was enrolled into JSKDCO08 on November 15, 2016, and the second was on
January 12, 2017 in National Center for Child Health and Development. The Independent Data
and Safety Monitoring Committee evaluated that there was no safety problem in those two
patients. Then, continuation of JSKDCO08 as the Japanese Advanced Medical Care B program
was approved by the committee of Japanese Advanced Medical Care program on May 18, 2017.
Approximately 20 hospitals will be approved as the hospital which can carry out JSKDCOS as the
Japanese Advanced Medical Care B program in near future.

We developed a next generation sequencing panel system for detecting responsible genes for
refractory steroid-resistant nephrotic syndrome. The two patients above were diagnosed as

negative by the detection system.
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