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PRAME-specific T-cell therapy in an adolescent with metastatic kidney

tumor

Researchers and physicians at the Hopp Children's Cancer Center Heidelberg (KiTZ) and other leading cancer centers report
an exceptional treatment success in an adolescent with an advanced, therapy-resistant kidney tumor. Using a novel,
personalized T-cell therapy, they succeeded in completely pushing back the tumor disease despite multiple metastases. The
individual compassionate-use treatment has now been published in the New England Journal of Medicine and underscores
the potential of cellular Inmunotherapies also for children and adolescents with solid tumors. The clinical trial building on
these findings, planned for 2027, will be funded by the Dietmar Hopp Foundation with around 1.8 million euros over a
period of four years at KiTZ.

The "Hopp Children's Cancer Center Heidelberg" (KiTZ) is a joint institution of the German Cancer Research Center (DKFZ),
Heidelberg University Hospital (UKHD), and Heidelberg University (Uni HD).

The then 17-year-old Mailo receives T-cell therapy against PRAME with his genetically modified immune cells in July 2025.

The patient developed a kidney tumor (nephroblastoma) at the age of seven and experienced numerous relapses with
metastases over a period of ten years. At the time of treatment, the disease was far advanced: large tumor lesions in the
abdominal cavity, numerous metastases in the lungs, liver and pelvis, as well as a brain metastasis defined the clinical picture.
No curative treatment options or suitable clinical trials were still available.

Molecular tumor analyses performed as part of the INFORM tumor sequencing program showed that the cancer cells produced
the tumor antigen PRAME ("Preferentially Expressed Antigen in Melanoma"). "PRAME is well described as a target structure for
immunotherapies in adult cancers, for example malignant melanoma. Our decision to offer the treatment attempt despite the
far advanced disease was based on highly promising clinical data from our collaboration partner Immatics, a biotechnology
company based in Tlbingen. In clinical trials in adults, impressive treatment successes have already been achieved with
PRAME-specific T cells," reports Christian Seitz, the treating physician and medical director of stem cell transplantation, cell
and gene therapy at the Hopp Children's Cancer Center Heidelberg (KiTZ) and Heidelberg University Hospital (UKHD), as well
as a scientist at the German Cancer Research Center (DKFZ).

For the therapy, the patient's own T cells were genetically modified by the team led by Patrick Schmidt in the laboratory at the
National Center for Tumor Diseases (NCT) Heidelberg so that they could recognize PRAME and specifically attack the cancer
cells. The vector required for this, containing the genetic instructions for reprogramming the T cells, was provided by the
Tubingen-based collaboration partner Immatics. The patient received the locally manufactured cells in July 2025 after a seven-
day manufacturing process as an infusion.

Just nine days later, a tumor biopsy showed massive infiltration of the T cells into the tumor tissue as well as the death of
tumor cells. In the following weeks and months, the tumor disease continued to regress in all affected organs. In a further
biopsy, three months after treatment, no living tumor cells could be detected. Additional imaging examinations and blood
tests currently show no evidence of active cancer. "At the present time, almost one year after the infusion of the T cells, our
patient is in excellent condition. He trains regularly, takes part in cycling races, was able to successfully complete his
vocational training, and now plans to obtain his Abitur," confirms Christian Seitz. "The case impressively demonstrates the
potential that innovative immunotherapies can unfold for children and adolescents with previously incurable tumor diseases.
At the same time, it highlights the importance of partnership-based collaboration between the biotechnology industry and
academic translation for the development of new therapeutic approaches. We extend our heartfelt thanks to Immatics, whose
provision of the vector made it possible to carry out this individual compassionate-use treatment."

At KiTZ Heidelberg, a first Phase I/l clinical trial for children and adolescents with PRAME-positive solid tumors is currently
being prepared under the name "PRAMEtime". The patients' own genetically modified immune cells will be produced and
provided by Immatics.

In total, up to 18 children and adolescents aged eight to 17 are to be enrolled in "PRAMEtime". The start of the trial is planned
for 2027. "Tumor data from more than 2,500 patients from our INFORM study show that this protein occurs in many high-risk
tumors in children and adolescents and therefore represents a promising target for new therapies," explains Olaf Witt, co-lead
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of the clinical trial and Director of KiTZ. Olaf Witt is also Professor at the Heidelberg Medical Faculty of Heidelberg University,
heads the Clinical Cooperation Unit Pediatric Oncology at the DKFZ, and is a senior consultant at UKHD.

The "PRAMEtime" study is being funded by the Dietmar Hopp Foundation with around 1.8 million euros over a period of four
years at the Heidelberg Medical Faculty of Heidelberg University. "Because patient numbers are small, new treatment
approaches for children with cancer are primarily brought into early clinical trials by academic research institutions. Without
private research funding, this is often not possible, and we are therefore deeply grateful to the Dietmar Hopp Foundation for
supporting our work," says study leader Christian Seitz.
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