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ACCACCTTCACCCG:GGCGCAGCTGGACGTGCTGGIAGGCCCTGTTCGCCAAGACCCGCTACCCCGACATCT1

F

15

For (149 .. 166) Rev (261 ..278) G

Sample Target Rds Wild-type % Mutant %
CTRL 42135 97.97 0.6
OTX2CRISPR 37666 28.69 67.73

0 200! 250!

OTX2

300!

Region:

H

Reference
sequence

R1 - 28.69%

R2 -20.38%

R3 -15.02%

R4 -7.05%

R5-5.13%

R6 -4.57%

ggacgtgct gtt. t cttcat tggccttgaaaatcaacctg
+ + + + + + t : + :

+ + + +
j9ccegegtegacctgcacgacctecgggacaageggttctyggegatggggctytagaagtacgecctectecaccggaacttttagttggac

s0 ss 0 s 70 75
.ri Ala Gin Leu Asp Val Leu Glu Ala Leu Phe Ala Lis Thr Arg Tyr Pro Asp lle Phe Met A Glu Glu Val Al Leu Ls Tle Asn Lew

Region: homeodomain
92
cgggcgeagetggacgtgctggaggecetgtt tcttcat ggccttgaaaatcaaccty
C66ECECAGCTEEACGTECTEEAGECCCTETT T TCTTCAT TGECCTTGAAAATCAACCTE
' ; 4 y y 4 y 4 4

+ + + + + + + t +
16CCCGCGTCGACCTGCACGACCTCCGGGACAAGCEGETTCTGEGECGATGEGGCTGTAGAAGTACGCCCTCCTCCACCGGAACTTTTAGTTGGAC

s0 s5 50 &s 70 75
Arg_Als Gin Leu Asp Val Leu Glu_Als Leu Phe Ala Lys Thr Arg Tyr Pro Asp lle Phe Met Arg Glu Glu Val Ala Leu Lys e Asn Leu

cgggcgcagetggacotgctggaggecctgtt t tcttcat tggccttgaaaatcaaccty

ccescc.cm:vcmcue( TEACGCCCTETTCECCARGACCCGETACECCGACATCTTCATGCGEEAGEAGGTGECCTTEARRATEAACCTG

‘ucccccmcm«ccmct«c‘ LrccGGGACAAGCGGYTCT“GCGAm\,l‘.r.cTr.tAr.AAGYAcGcccrccchAccr.r.AAchTrAGTrGr.Af‘

s0 L 55 60, 75
Ao Als Gl Leu Ass Vel Glu Aln Low he Als s Thr Ars T Pro Atp e Pee Wet Ara Glu Glu val Als Leu b Tle Aee Teu
|cgggcgcagetggacgtge tggaggecctatt t tetteat ggecttgaaaatcaacct
lcasscccAccrssAcsmcﬂrssnsscccwn T TCTTCAT TEECCTTEAAAATCAACCT

scccs ssvns-\ncrﬁu.cE-U-csvcnsamz.Asccsrvcrceacsncssccmus AAGTACGCCCTCCTCCACCORAACTTTTAGTTGA

T (R t , IS ek T | I
RgAls Gln Leu Asp Vel P Gly Gy ia Val Arg Gin Asp Pro [eu Pis Aig s Teu His Aia Gy Gy Gly Gy e Gl e Gin P

ggacgtgct gtt t tcttcat ggccttgaaaatcaacctg

C66ECECAGCTEEACGTEC  BAGGCCCTRTT! T TCTTCAT TEGCCTTGAAAATCAACCTS,

(6CCCaCaTCOACCTOCAC U TCCO00ACARGCOOTTCTOOOCGATOG00CTGTAGAAGTACGECCTCETCCACCRAACTTTTAGTTOAC

. s0 ss A es .70 75
Arg_Als Gin Leu Asp Val A Gly Pro Val Arg Gln Asp Pro Leu Pro Arg His Leu His Ala Gly Gly Gly Gly Leu Glu Asn Gin Pro

‘cgggcgeagetggacgtoctggaggecctgtt tcttcat ggccttgaaaatcaaccty
cssscauscrssumsﬁ F:rarr T TCTTCAT TGECCTTGARAATCAACCTE
+ + + + + + + t
§6CCCECGTCGACCTGCACG:: vLEAcAAGcGsTrcTGGBCGAYGGBG:TGTABAAEMCr.cc:rcL‘chAc:sr.AAchTrAchGr.Ac

so 55 50 : s 70 75
g Ala Gin Leu Asp Val Fro Cys Ser Pro Arg Pro Ala Thr Pro Thr Ser Ser Cys Gly Arg Arg Trp Pro B Lys Ser Thr O,
cgggcgeagetggacgtgctggaggccetgtt t cttcat tggccttgaaaatcaaccty
ccsscsuacmsucrsﬁmsscccrcn s TCTTCAT TGECCTTGAAAATCAACCTE

GCCCaCETCOACCTOCAC T CTCC6GGACAAGC OO TTCT GGG COATOG0ECTOTAGAAGTACECCCTEETCCACCSSAACTTTTAGTTGSAC

s0 ss so &5 70 75
g Ala Gin Leu Asp Val Arg Arg Pro Cys Ser Pro A Pro Ala Thr Pra Thr Ser Ser Gys Gly Arg Arg Trp Pro @ iys Ser Thr Gy

tggacgtgct att t tetteat ggccttgaaaatcaaccty
+ + + + + + + + + +
geccgegtegacctgeacgacctccgggacaageggttotaggcgatogagctotagaagtacgecctoctccaccggaacttttagttggac

sELE P e i b N
R f Arg_Ala_Gin_Leu Asp Val Leu Glu_Ala_Leu Phe Ala_Lys Thr Arg Tyr Pro Asp_lle Phe Met Arg Glu Glu Val Ala Leu Ly=_lle Asn Leu
T N C e e ——

—
sequence =
TR T TR ‘ steetipmntoncets

R7 - 3.53% *

r.cccr.cGTcGAccT‘——— K CGGGACAAGCEETTCTGEGCATEEGGECTCTAGAAGTACGCCCTCCTCCACCGGAACTTTTAGTTGGAC

) 53 . 50 P 20 .

Arg Ala Gin Leu Giu Ala Leu Phe Ala ys Thr Ag Tyr Pro Asp lle Phe Met Arg Glu Glu Val Als Leu lys fle Asn Lew
cgggcgcagetggacgtge tggaggccctgtt t tettcat ggccttgaaaatcaacct
cssccccn.cvsncnrc.nﬂic.“c.r.ccucvr T TCTTCAT TCGCCTTGARRATCAACET,

R8 - 3.23%

+ H + + + + t
(CCC6C6TCOACCTOCACATACC T CCE60ACAAGCO0TTCTO00COATOO06CTOTAGAAGTACGECCTCCTCCACCGOAACTTTTAGTTGEA

L 50 ss L . e 63 " 70 73 L
Arg Ala Gin Leu Asp Val His Gly Gly Pro Val Arg Gin Asp Pro Leu Pro Arg His Leu His Ala Gly Gly Gly Gly Leu Glu Asn Gln Pro

cgggcgeagetggacgt gctggaggccctgtt t cttcat tggccttgaa:

RO - 2.86% CG66C6CAGCTO0ACS TTTTBBTITTI T G6AGGCCCTETTCOCCARACCCGETACCCCOACATCTTCATGCGGGAGGAGSTGGCCTTOAR

Gcc:Gc(.TcsAccTGct.JﬂAAr.cAAAAA--Lccrccl‘.r.aAcAAG:GGTTcrr.al‘.cGArnur.ncTr.TAr.A,«r.YAcr.ccctccrccA:\.l‘.r.AAcYT

" s0 55 50 .70 73
e L e AT Wit T AT PO e P AT T P T e e A e A A T T

cgggcgeagetggacgtgctggaggeectgtt t tctteat ggccttgaaaatcaacctg

€666CEEATCTEEACETGC Fcccmvr T TCTTCAT! TEGCCTTEARAATCAACCTG
y : : y ' : 4

R10-2.61%

+ y + + + + + t
Gcc:nceTcGAccTGcAcﬁ!— LGGGACAAGCGGTTCTGGGCEATEGGGC\'GTAGAAGTACGCCCTCCTCCACCGGAACTTTTAGTTGGAC

. 50 - P 60 . s .70 735
Ara Als Gin Leu Azp val g Pro Val Arg Gin Asp Pro Leu Pro Arg His Leu His Ala Gly Gly Gly Gly Leu Glu Asn Gin Pro

cgggcgcagetggacgtyctggaggecctgtt t tetteat ggccttgaaaatcaacctg

C666CECAGCTGEACGTGE CCCCGACATCTTCATGCGEGAGGAGGTGGCCTTGAAAATCAACCTG

R11-2.10%

6GGGCTETAGAAGTACGCCCTCCTCCACCGGAACTTTTAGTTGGAC

GCCCGCGTCEACCTRLACE
50 ss s0 " &5

Arg Als Gin Leu Asp Val Leu Bro Arg His Leu Mis Ala Gly Gly Gly Gly Leu Glu Asn Gin Pro

cgggcgcagetggacgtgctggaggecctgtt t tetteat ggccttgaaaatcaacctg

R12 - 1.20% C06E6CAGCTEEA T e TG TTEGCCAAGACCCGCTACCCCOACATCTTCATGCGUGAGGAGTTEECCTTGARRRTEAREETE
* o GCCCGCGYCGAECTG{-- --}ACAACCGGVVETGGGCGAVGGGGE\'GYAGAAGYAEccECYECYCEACEGGAACYYYYAGYYGGAE

£ o ggre s - .53 70 | L
Arg Ala Gin Lew Asp Teu Pha Ala Lys Th Arg Tyr Pro Asp lle Pha Met Arg Giu Glu Val Als Leu lys Tla Asn Leu
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