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Extramammary Paget's disease (EMPD) is a malignant skin tumor that frequently develops in the genital area of
the elderly, and without effective treatments it becomes refractory and can lead to death. The frequency of onset is
as low as 0.6 persons per 100,000 people, but it seems to have increased in recent years. No drug for advanced
EMPD covered by Japanese National Health Insurance has yet been developed. Further, no standard therapies
have been established. It is currently treated empirically based on the treatments of malignant skin tumors, past
case reports, retrospective data, and clinical experience.

Department of Dermatology at Hokkaido University Hospital successfully established a patient-derived xenograft
(PDX) model using metastatic lymph nodes from patients with advanced EMPD (Oncogene 2020). Pathological
and genetic analyses revealed that the PDX exhibited similar characteristics to the metastatic tissue. An

experiment involving treatment of the PDX model with eribulin was conducted. Eribulin produced rapid tumor
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shrinkage from Day 2 of treatment onward, and resumption of tumor growth was not observed. Although no
interventional studies or case reports have discussed using eribulin for EMPD, the preclinical data described
above indicates that, theoretically, eribulin is very likely to be effective against EMPD. In addition, eribulin has
already been established as a safe and effective treatment for breast cancer, and has also been used successfully in
the field of dermatology to treat malignant soft tissue tumors such as angiosarcoma. Based on this background,
we have planned this study investigating the efficacy of eribulin against EMPD.

The purpose of this research is to verify the efficacy of eribulin mesylate in patients with EMPD by evaluating the
overall response rate through an open-label, single-arm study. We also aimed to evaluate disease control rate,
overall survival, and safety as secondary endpoints. The expected response rate for eribulin has been estimated at
25% in accordance with the response rate of eribulin therapy for breast cancer. Based on the expected response
rate (25%) and a threshold response rate (3%), a minimum sample size of 16 patients would be necessary to
achieve statistical power over 80%.

If eribulin proves to be an effective treatment for EMPD, it could be a promising option and become an insurance

covered drug. This study has potential to be a beneficial test for patients with advanced EMPD.



