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Identification and Validation of CRISPR/Cas9 Off-Target Activity in Hematopoietic Stem and Progenitor
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Development of 12-globin gene correction in human hematopoietic stem cells as a potential durable
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TNF-= synergises with IFN-I3 to induce caspase-8-JAK1/2-STAT1-dependent death of intestinal epithelial cells.
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High-Efficiency, Selection-free Gene Repair in Airway Stem Cells from Cystic Fibrosis Patients Rescues 111 97
CFTR Function in Differentiated Epithelia. Cell Stem Cell, 2020, 26, 161-171.e4. ’
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Site-Specific Post-translational Surface Modification of Adeno-Associated Virus Vectors Using
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AAV-CRISPR Gene Editing Is Negated by Pre-existing Immunity to Cas9. Molecular Therapy, 2020, 28,
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Modulation of inhibitory signals in CAR T cells leads to improved activity against glioblastoma..
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Human genome-edited hematopoietic stem cells phenotypically correct Mucopolysaccharidosis type I.
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Engineered materials for in vivo delivery of genome-editing machinery. Nature Reviews Materials, 2019, 48.7 139
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Highly efficient editing of theAl2-globin gene in patient-derived hematopoietic stem and progenitor cells
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Collagen-rich airway smooth muscle cells are a metastatic niche for tumor colonization in the lung. 12.8 97
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Somatic Editing of <i>Ldlr</i> With Adeno-Associated Viral-CRISPR Is an Efficient Tool for
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A high-fidelity Cas9 mutant delivered as a ribonucleoprotein complex enables efficient gene editing in
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Engineered Human Umbilical Cord Derived Erythroid Progenitor Cells (HUDEP2) with Sickle or
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