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Data analysis Prism GraphPad Software 8.3.0, FlowJoversion 9 
For manuscripts utilizing custom algorithms or software that are central to the research but not yet described in published literature, software must be made available to editors and 

reviewers. We strongly encourage code deposition in a community repository (e.g. GitHub). See the Nature Portfolio guidelines for submitting code & software for further information. 

Data 

Policy information about availability of data 

All manuscripts must include a data availability statement. This statement should provide the following information, where applicable: 

- Accession codes, unique identifiers, or web links for publicly available datasets 
- A description of any restrictions on data availability 

- For clinical datasets or third party data, please ensure that the statement adheres to our Q.Q!ky_ 

Patient integration site data are available upon request. RNAseq data for iPSC clones and P6 patient blood samples are available at NCBI Sequence Read Archive 
(PRJNA788948: SRR17238208- SRR17238226, which can all be found on the National Center for Biotechnology Information database). 

Field-specific reporting 
Please select the one below that is the best fit for your research. If you are not sure, read the appropriate sections before making your selection. 

IZJ Life sciences D Behavioural & social sciences D Ecological, evolutionary & environmental sciences 

For a reference copy of the document with all sections, see nature.com/documents/nr-reporting-summary-flat.pdf 

Life sciences study design 
All studies must disclose on these points even when the disclosure is negative. 

Sample size 
This is a Phase 1/11 safety and efficacy study for a rare disease and therefore has a small sample size pre-determined in the clinical protocol. The original 
statistical design in this protocol was based on the Simon Two-stage design. In this design, it is considered to be unacceptable if the true 
proportion of patients experiencing immune reconstitution is less than 10% by using the gene therapy approach. On the other hand, it would be 
considered as promising if this true proportion is 40%.  With type one error of 5%, this trial has 80% power for a true proportion of 40% of patients 
expected to achieve immune reconstitution after 2 years. Data exclusions Data from one subject was excluded from long-term clonal analysis because of a fatal pulmonary hemorrhage due to underlying disease at ~2 
years following treatment. 

Replication 

Randomization 

Blinding 

The events observed occurred in multiple human subjects and replication is not relevant. 

All subjects were monitored for vector insert site analysis for this non-randomized study. Covariates are not controlled and not 

applicable to this study because they should not affect the primary and secondary objectives of this study.

This is an open label phase 1/11 safety/efficacy clinical trial that involves chemotherapy prior to cell infusion and blinding is not ethical. 
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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 

D r8J Antibodies 

X Eukaryotic cell lines 

r8J D Palaeontology and archaeology 

r8J D Animals and other organisms 

D r8J Human research participants 

D r8J Clinical data 

r8J D Dual use research of concern 

Antibodies 

Methods 

n/a Involved in the study 

r8:j □ ChlP-seq 

D r8J Flow cytometry 

r8J D MRI-based neuroimaging 

Antibodies used 

Validation 

CD14, eBioscience 48-0149-42; CDS lnvitrogen 25-0059-42; CD7 lnvitrogen 56-0079-42; CDla Biolegend 300110; CD34 Biolegend 
343506; CD56 Biolegend 304604; CD45 BD Biosciences 560777; CD19 Biolegend 302230; Live/Dead lnvitrogen L34959; CD45 BD 
Biosciences 560777; CD3 BD Biosciences 56426; CD4 lnvitrogen 56-0048-82; CD8a Biolegend 301058; TCRab lnvitrogen 17-9986-42. 

All primary antibodies are used with appropriate controls per published methods (Bosticardo, M. et al Blood Adv. 2020, 4, 
2611-2616.
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