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Supplementary Figure 1: DNA sequence of a fragment of the FXN gene. A fragment of FXN 
is shown along with the NLuc gene and the five amino acids linker between the coding sequences. 
Exact locations of the gRNA and all primers used in PCR amplifications to validate correct NLuc 
integration are shown. An overview of the strategy is presented in Figure 1.  
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Supplementary Figure 2: Screening of an epigenetic compound library to identify novel 
inducers of FXN expression. Complete datasets from two rounds of screening, four 96-well plates 
each, are presented. All compounds of the APExBIO DiscoveryProbe™ Epigenetics Compound 
Library were tested at 10 µM concentration for 24 h. Luminescence signal was plotted 
independently per each plate. Green line corresponds to plate average signal; dashed lines indicate 
average signal plus 1, 2 and 3 standard deviations of the mean.  
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Supplementary Figure 3: Effect of selected compounds on FXN expression in control NPCs. 
(A) Results of qRT-PCR analysis of FXN mRNA expression upon 48 h treatment with 10 µM 
CI994, Mocetinostat, Entinostat, UF 010 and Cerdulatinib. Results represent mean ± SD from 
three technical repeats; * indicates p<0.05 (one-way ANOVA). DMSO treatment served as a 
control. (B) FXN protein expression determined by western blot after treatment with indicated 
compounds for 48 h at 10 µM.  Signals corresponding to mature FXN (FXN-M) and intermediate 
FXN (FXN-I) are indicated. GAPDH and Ponceau S (C) staining served as loading controls. (D) 
Quantification of FXN-M levels shown in panel B relative to Ponceau S staining.   
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Supplementary Table 1: Characteristics of induced pluripotent stem cell lines used in the 
study.  

 

Type: Age of disease onset: Sex:  GAA repeats: 
FRDA 4676 10 M 867/867 
FRDA 86 18 F 450/450 

FRDA 4259 15 M 550/830  
Control 7522 - F - 
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Supplementary Table 2: Complete list of compounds included in APExBIO 
DiscoveryProbe™ Epigenetics Compound Library. For each compound the CAS number, 
molecular weight, formula, targeted pathway and molecular target are presented.  
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