GAT GAGGAGCAGCTCTmGGCCGAAG'ggd'ﬁfﬁécgﬁ

GM06214

GATGAGGAGCAGCTCTlGﬁGCCGAAGTGTCGCAGG
. I ' SEQ IDNO 82

Normal sequence ;

Figure 1



GMO06214 Cells
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Design of 293T_IDUA reporter system

PromoterI

IDUA sequence
2A comprising mutation ZA

N . Red fluorescent Green fluorescent
Lentivirus:  —— | —Ac— |

Figure 3A

293T_IDUA reporter cells
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GMO06214 Cells
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IDUA enzymatic activity
(Folds of GM01323)

IDUA enzymatic activity
(Folds of GM01323)
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IDUA enzymatic activity
(Folds of GM01323)
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IDUA enzymatic activity
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Folds of enzymatic activity in GM01323

A->G editing %
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Folds of enzymatic activity in GM01323

A->G editing %
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Day 2
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