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Life sciences study design
All studies must disclose on these points even when the disclosure is negative.
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Randomization
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Reporting for specific materials, systems and methods
We require information from authors about some types of materials, experimental systems and methods used in many studies. Here, indicate whether each material,
system or method listed is relevant to your study. If you are not sure if a list item applies to your research, read the appropriate section before selecting a response.

Materials & experimental systems

n/a Involved in the study

Antibodies

Eukaryotic cell lines

Palaeontology and archaeology

Animals and other organisms

Human research participants

Clinical data

Dual use research of concern

Methods
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ChIP-seq

Flow cytometry

MRI-based neuroimaging

Palaeontology and Archaeology
Specimen provenance

Specimen deposition

Dating methods

Tick this box to confirm that the raw and calibrated dates are available in the paper or in Supplementary Information.

Ethics oversight

Note that full information on the approval of the study protocol must also be provided in the manuscript.

Not applicable.

To be eligible, studies must have: (1) included patients affected by monogenic inherited diseases treated with HSPCS-GT; (2) reported
outcomes, including numbers of deaths, genotoxicities and engraftments. Genotoxic events were intended as the first occurred
haematological malignancy related or probably related to GT. Second malignancies and tumors not related to GT were not included in the
genotoxicity analysis. Engraftment was considered successful when molecular tests reported the presence of gene corrected cells for !1 year
post-GT.

Our study is a Meta-analysis and we mainly deal with aggregated data extracted from various pubblications

Not applicable. The trials included in our meta-analysis refer to phase I/II studies of an innovative treatment in the context of rare diseases
where only one arm studies are conducted.

The blinding we applied was 1) in reviewing the abstracts of articles obtained from the search and 2) in evaluating the methodological quality
of the studies included in the meta-analysis. These two steps were done in a blinded fashion by 2 authors (AA and FT).

Provide provenance information for specimens and describe permits that were obtained for the work (including the name of the 
issuing authority, the date of issue, and any identifying information). Permits should encompass collection and, where applicable, 
export.

Indicate where the specimens have been deposited to permit free access by other researchers.

If new dates are provided, describe how they were obtained (e.g. collection, storage, sample pretreatment and measurement), where 
they were obtained (i.e. lab name), the calibration program and the protocol for quality assurance OR state that no new dates are 
provided.

Identify the organization(s) that approved or provided guidance on the study protocol, OR state that no ethical approval or guidance 
was required and explain why not.




