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A & R P

1. —#% % F LEAPER # AR ¥e 18 %4 feir e o $e4% RNA 897 &, L+
P& feit RNA 7 IDUA A R#FAT5H G 2l A REH RNA, 748
¥

Fe s AT %4 e st RNA 89 BR3FB A 8BS 3 & RNA(arRNA) 3R %9 23 B i
arRNA 89 # R %2 Z ATk fekrmmie, HoFATE arRNA &4 5 AT fetn
RNA Z X &9 ZAN RNA F7), S+ B3 Arif arRNA #8495 3 A5 A T RNA
IR B A B (ADAR) A& ¥R RNA ¥ 89 Fe AR (A BLA A

2. de A RK | P RTEM Tk, H AL aRNA @4 5 ¥eir A BLAT 4y
#HE C. AL U KRG,

3. de BRI B R 12 FE—R k6 ik, EPATE alRNA K49 151-61
nt. 131-66 nt. 121-66 nt. 111-66 nt. 91-66 nt & 81-66 nt,

4, qo A A ER 3 PR L, EF AR aRNA F¥em s i 3E S 3735
&K & H 45-5nt, 40-5nt, 35-10nt, 25nt-15n & 24nt-11nt,

5. e A ER 3 K4 PR FIE, EF AR arRNA f i@ s 2B &
5’3489 K & R 80-30nt, 70-35nt, 60-40nt, 55nt-35nt 2 55nt-45nt.

6. 4o B A B R 1-5 P& e Fik, FoF prdkfeisrm i A i,

7. A EK 1-6 PHE—FE FE, AP AR RNA A &5
NM_000203.4(IDUA)-c.1205G-A (p.Trp402Ter) ¥ % 4% %49 RNA.

8. MAI &K 1-7 P12—a 97 ik, H PP arRNA &2 AT &5 7).
SEQID NO: 14, SEQIDNO: 15, SEQIDNO: 9. SEQIDNO: 13. SEQ
ID NO: 17. SEQ ID NO: 22, SEQ ID NO: 23, SEQ ID NO: 30, SEQ ID NO:
31 & SEQ ID NO: 34,

9. G A Z K 1-5 Pl —AAT K ik, P AL arRNA &4 % g
T 5 7): SEQIDNO: 44 3 SEQID NO: 52,

10. 4B A &K 19 PAE—FAATLE ik, E AL aRNA £ 254
i # o

11, 4 A 2K 10 P ATE Y 77 ik, b pra o4

(2-OMe) RAAX A, BR BS54 o

4R 8 2-07-F AL
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12, de A K 11 P ARG T ik, L P AT F B4k A 4o F 49— TR
% I

F VAT 3 AR B 3 ANEHBR 4 A4k 2°-OMe 1444,

AT 3 AN G 3 AN BR ) iR 3 K A AR R B B 4 R

7% A3 U ¥4k 2°-OMe 1546,

e ARk 69 3R ULAR AL A 2°-OMe 154689 A,

$e ey S UAR AR 2°-OMe #4749 C,

e i 5 3R ALAR AR A 57 R UL ARAR AL 5 B AR AR B B ki 4

AT 5 AN UG 5 AN BRI 2°-OMe 47, =

A S AN 5 AR ) 4 AR L B A R,

13. de A2 K 1-9 PAE—TAEKE Gk, P L %A P arRNA 69
MR BB . HEBRR R A 4.

14, e A 2K 13 PArEa ik, EPIrEBmERRAMRMELRE
(AAV) KRN 98 3 & 3k FAKo

15, e A E K 1-14 PHE—RARGG 7%, LFARBE T XA 0
& BIRERELE, IR R -2 KB (lipid nanoparticle LNP)i% % K & 5

16. 2 A &K 15 ATk 6y 7 %, @id LNP 5.4 0 T %4 424 RNA
B9 BRI 285 & RNA(arRNA) R Zm 5 FTA arRNA #9#) AR B % 2 Pk de
AR 2R

17. 4l #) &K 1-16 PH—RA PR ey 75k, P ATE arRNA 89384 K
>2.5, >5nM, >10nM, >15nM, HR>20nM,

18. —#F i T il LEAPER # R ¥e &) %4 fetr @ & $£4k RNA &9
arRNA H, L% %5, prik arRNA @44 FTHE—F 7 80 4o FAE—F 5] 4
#: SEQIDNO: 14. SEQID NO: 15. SEQIDNO: 9. SEQIDNO: 13.
SEQID NO: 17. SEQID NO: 22. SEQIDNO: 23, SEQID NO: 30. SEQ
IDNO: 31. SEQIDNO: 34, SEQID NO: 44 # SEQID NO: 52,

8,5 F) 2K 18 AT arRNA S L4 5569 Fidke . HmERIK, M5
TR G T 4 KBk

20. ELARAE K 18 ATk arRNA K AL %75 5 5] RARF &K 19 Fr ik i

B, RERAK. IRARRIS MR RGAS DR EHE S,
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21. —#iGy7 AR MPS TH 8977 ik, @46 AAA 2 K 1-17 PAE—RPT
WY 77 kA BT ARG $eArm 8P 5 MPS TH AR AE %69 G 2l A B9R T,

22, B A & K 20 & F &k, H P ®K T F A
NM_000203.4(IDUA)-c.1205G-A (p.Trp402Ter) % % ,

23. ke A A)E K 20 2 21 Arif 69 75 &, £ AT3E arRNA 694& F 90k A >21
RIK L >1T REK L 214 RERE>10 R/1K o
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