HE1—4

TR23IFEXFEFEICHERS
SE S —FERBEAE

MITBUEAEMRH - #RERMR L I—






U0 (oo te

OO0 1 D00000000DDOO0OO0OO0O 10
OO0 2 RemudyDOOODOO 22 0
OO0 3 00000000000 310
00 4 0D0O0O00OOOOOOOOOODOOOO 39 O
00 5 000000DOO0DDOO 59 [
00 6 0D00O00O0DOOOODOOO 61 O
OO0 7 00000DDOOODOODOOOOO 75 O
OO0 8 TMCOOODOOOOOOOODOO 80 O
OO0 9 D0000D0O0ODO0OO0OO0OOO 81 [
U0 10 pgoooooOoOoooOo0O0O0DOoOoO0DoO00DoO0 111 O
00 11 D000MO0O0DD0D0D00000000QRADDOD 118 O
00 12 00000O000D0DOOOOO 121 O
00 13 0000000000000000 167 O
00 14 000000D0O0OOO0OOOO 168 [
00 15 000O00DOO0OO 170 O
OO0 16 1BISSOOOO 240 [0
OO0 17 ecobod OO0 242 [
OO0 18 HPOOODDOOODOO 246 [
OO0 19 00000000000O0DOO 252 [
OO0 20 0OOOOODOO 258 [
0o » DO00000000000D00000000000DOOO0O 270 O
0oo
OO0 22 000000 0OO0OOOOOOOO 271 O
OO0 23 000000000000 OO0ODOOOO0O0OOO0O0 272 O
OO0 24 0O000DDODOOO 276 O
OO0 25 00D0DO00O0DDOOO0DOOOO0ODOO 279 O
00 26 0000000000000 OOOO 289 [
OO0 27 00200000000000000O0 294 [
OO0 28 0000000DDOOOO 305 O
OO0 29 00O0OOO0OO0OODOO 306 O
00 30 00000DOO0ODOO 319 O
00 31 00000DOOO0ODOOO 320 O
00 32 00000000000 325 [
00 33 000000O0O0MCRTOOOO 327 O
OO0 3 [0O0o00ooooo 331 0
OO0 3 O0O00D0O00DoooooO 336 O




g 38 0OoObObObhobodoodubombmoooooooooo LT 352 [
g 37 QfOoObObObhobddod@mooooobbooobbobm™o d 353 [
g 38 0O0ObOobododgodd [LT] 354 [
g 39 0Oo0Ob0o0ObOodugobobboobodooog [LT] 355 [
g 40 0O0OO0OOOO0O0OOO0O4d [LT] 359 [
o0 41 0000000000 [LT] 368 U
oo 42 [0O0OOOODO0OO0O0DOObDoOOn [T 370 O
oo 43 00000000 [TT] 375 0




HEN

Jobooudodoboodibd

0000000000 O I I IITITITIITITTT 10
O000000 O I I I T TTTIITTTITTITTITT1 40
O0O000000 I IITITTITITITTITTTTTT1020]

Joboobobotd ooy st
odoooooodoubd O rrrrraen







2 H W ILEt>2— (Multiple Sclerosis Center) (http://www.ncnp.go jp/hospital/disease/center_01.html)
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Candidates for exon skipping therapy

exon skip number percentage
43 18 2.8%
44 30 4.7%
45 59 9.1%
46 20 3.1%
47 1 0.2%
48 4 0.6%
49 0 0.0%
50 15 2.3%
51 69 10.7%
52 19 2.9%
53 57 8.8%
54 1 0.2%
55 7 1.1%
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DMD registries at the end of 2010
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» Global FKRP Patient Registry (launched in March 2011)

» International Dysferlinopathy Registry (to be launched in 2011)
» International CMT Registry (in collaboration with NIH)

» FSHD: core data set developed

» UMD and Leiden genetic databases

» GNE myopathy
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