Advances in Clinical Medicine IREZHERE, 2021, 11(12), 6013-6017 Hans Xl
Published Online December 2021 in Hans. http://www.hanspub.org/journal/acm
https://doi.org/10.12677/acm.2021.1112891

VIR RAEZEAREXRENEFT R
aTTIER

%“Rn ‘l‘#;"‘a‘i‘ﬁ-*
HRERR B LE R, =R

Woks . 20214F11 4230 FHEM: 2021412130 &AA H: 20214124 28H

R

VIRRRAAEFARERENEFA RR—FERNIARRE, HErskZRRE. HXERRT T,
ZOCNEMIGYT . EEEST. TARBE. REBRREITETHERE T W7 7K ER. &
25k

K
VIR RAREARGERENEFTR, FRKA, KEOKE

The Treatment Progress of Collagen VI
Related Congenital Muscular Dystrophy

Yifan Cao, Siqi Hong"
Children’s Hospital of Chongqing Medical University, Chongging

Received: Nov. 23", 2021; accepted: Dec. 13", 2021; published: Dec. 28", 2021

Abstract

Collagen VI related congenital muscular dystrophy is a rare muscular disease, which lacks specific
and targeted therapy, this article reviews the progress, deficiency and challenge of drug therapy,
gene therapy, stem cell transplantation and low protein diet therapy.

Keywords

Collagen VI Related Congenital Muscular Dystrophy, Cyclosporine A, Low-Protein-Diet

DERER

NEGH: W, BEEL v RRR LR R A RYEUE R A R TR D). IR IREE R, 2021, 11(12):
6013-6017. DOI: 10.12677/acm.2021.1112891


http://www.hanspub.org/journal/acm
https://doi.org/10.12677/acm.2021.1112891
https://doi.org/10.12677/acm.2021.1112891
http://www.hanspub.org

w— N, Y

Copyright © 2021 by author(s) and Hans Publishers Inc.
This work is licensed under the Creative Commons Attribution International License (CC BY 4.0).
http://creativecommons.org/licenses/by/4.0/

1. Al

VI A Ji 1 0 6 g R R 2 BB M R AR 51k Ullrich A48 RYENUE #84 R ¥E(Ullrich  congenital
muscular dystrophy). Bethlem Ui A R A 1], IREL4EE B VI A KRB RMENVE F-A R Al fg
NBER S 0 UL CMD 287(23.2%), URT LAMA2 MR RENVE A R[2]. BAEREER VI H
e RPEWUE FRA R IR AAGEINIATE Jy, 38 75 24 Fzt v id JE TG ) S 45 A 2 43 e o P2 EEL 1)
UCMD & TiEMAIATE, BEWR s, SECRT . et VI AR5 LS er 44 i &
BRI, AN VARG BRI[3] [4], JRJSEF4E VI = 2088 1 4 M 78 ) 57 25 /6 A0 A9 ) R 1, 3 80
MO TR EA R N, BRI, WIREASZE . BHET CMD St e tE. B myayy hik, B
A JUVE FEAS RRE P 5 DR T AL 388 5 0 S VLA B = A RO M 2 1, BRI R R e 1A R UL R 48 o 7 5 o 5 )
WLE FRA RAEIAYT 77 S8 LEJEIE. A3C0 COL6 CMD HITRYT ik AT 1 4738 .

2. 5HIRTT
2.1. Vitamin C

Vitamin C (FII4 MLER - AA)TE 5% s AR BEZKF B XS ISR ) = AR A AN R R R R [5]. L AA 4B BE S, UCMD
SERE B R BSCAT A 4 MR B ZEL B Bk BT 4T M ) 25 (R SRR B R A T A o BB B R AT AT ITE AA &b
G, 40 NMEFWKEE S AA BEIEHEIX L PR 1) 0 B0 3 5 2R 22 A B %o HE AR A 4 /KPR
B AA T LUBH— S BE R 20k, A ) Bk At R B CR & A HR Y 5 FE 2 0B i fh . IX R BAYEAE R C AT
X UCMD Jf B 22 (R S L8 07 T A A i PR A, HOX 5 ZEAEAR kAT 33— 8 (B S AIE ]

2.2. FE A

XF Col6al R Rk /N VLA B IR EE A AT 0T, BT 5 7 5 Ut AR 25 o A 0, Y A 11 e i 28 A4
PAAAT 5K IS [6]. 24 Colbal KR bR LA 4E BA W AE M ARAA T REFRRG I, PTP (Zbiffidid s
HeA) BN EE R R . AR A BT SRR ER d AHEAEM, BT PTP I8
EAER . BRbZ Al IR A EBEE T ke SLER4E i E 7], (R 3E TP AR BRI A 8]

W ARIT N AMEENRER SR, ra B NaRE TR, T, FREETEEZNE
AEWLRER 4, RRRIE AT FEAR TE R A0[9]. MR A VA7 — RS, NIRRT 28%, &3
HREPRFEAAR, PRI DhRefasl F . 5— AR5, LR BAE—FENKE ER, TR,
A SZ BRI 10].

WHE a SAMTRINER a 654, MG HBERN, SECRZEMH. BTl 7EASH0 G5 B R E 1)
LT SR a PR R d WSR2 2 AW 5] TR 7 %45 . Debio 025 F1 NIM811 fE Col6al
BRI R /N B P B VAT AR 11] [12]. NIMS11 7EBF &t f R h LU PR A9 25 a BEAA 2%[12].

2.3. BRI

VA DU T 259 BRI B2 % LAMA2 F1 VI B JR S RAEUVE 7- A R 107E 97 78 F B AR 56 Lt
17(Z I https://clinicaltrials.gov). BN R # Rk B2 22 4 B M R, (BT ent )56, 75wt

ik
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R PRVEAS A R L — B0 484k
3. EERTT
3.1. siRNA HI&IHEA FEER

AR B ER AR R W IR E R E VI B RMEIVE FFA R . COL6A43 FEHEE 16 M+ 1)
HE A BRER 2 2 S 5 UCMD fie i I B St 284 [13] [14]. HIP AR R ARAK a3 (VI)BETE =12 e 45 Fy 1,
FIRFE TR T 18 NEIEIR . /N T3 RNA (siRNA)SI N L4 £ /it & RNAi, RNAi /& —
T B 7E RT3 R IA M IR RN N84, 7EH A RNA F SITTERE AR5 EEER[15] [16]. F
FH siRNA, FRATE UCMD RV ) s A1 440 i ik S v ] COL6A3 HRHIAME 1 16 HENBRER . 1X ik
PEVERURIRD 7 VI BYJ R 2T SEAE 20 N i B 38 T A RANE TR VI Y R AT I 2 T [ 17] [18]
[19].

3.2. F siRNA Bfif& SMG-8

COL6AI. COL6A2 Ml COL6A3 44 TME & 44T PTC G B4 R 3 1) 5848 S 30 = e 45 # o
LA ECM ZRERI kI, SEUE IR A RULAECAZ20] [21] [22] [23] [24]. KZHEH pte ) mRNAs fR7>
PR R E AR, BONIX S mRNAs #—FFR A NMD (6 XA 58 mRNA ZEJ)HLH] FF#E. SMG-1 Al
UPF1 /& NMD [ H Z4H %55, SMG-8 & SMG-1 Bl 1) — AN EEAL, R siRNA Fif% SMG-8, {ff NMD
HEEEVEH, TSI IR VI BB RS R AL YRR, AT UCMD BRAT4E 40 i ) R AR
FA[251[26] [27]. AT, SMG-8 s 23| NMD PAEEE NMD Jii ] 1) 5835 2 i XA RE i b 75 1 A= 78
YA TH RE R A HE R R .

4. ZHEEIFERT4RaBE

VI AU R LR A SRR B R Sy, B VI B R 2 S8 Col6al LR /N SR A= A
1A PR GHM BT R AR ) FRAIK[28]. TEVER AR AEET AR B A 4B M, AR TR IR VI B, ATk
VI B R RBP4 AR, 3ROV TR 4 B2 (28] 25 B IR 70 53 40 ML (MSC) 2 fe i WL IR i
TYNfR A, TN ZFRIE DB, WEBERI IS4, RS R AT 18] 78 B T4 Mo 28 8 R0 Th RS54 1\ g i
T4HHL, FTLATE Col6al FERI R/ AR 20 VI B BR 2R F1[29]. Rk, & MSC iRy7 il g2 — 4
A5 T rERE, O RER A PR AR S B BRI 4 e BRI PR A VI B R 4 (3] [4]

5. (REBRRIAT

B PRI 55 /0 B S5 O A PO A7 3R B o A R o IR 8] B DL RE M s W Rk R 1Y
LR AILBE R o IR B mT 5 3 R BR UL AT B, 9l A B 0 T2 0 5 LA (7

— WU — R A AR s o8 s A R 1 B DD RESI WO, 8B DI RERIN IR D) e A
i, AN EIA TR TRE30]. XASKIGUESE, HWATAE VI R RS RENUE 77 A R
FRERE, X SRR AT B8 AR AR RS IR AT B 1R T HE R
6. D&

VI RR T i A RS RVENUE TR A Rl PR B A2 2 BRIy E 2 BT %%, H T eI

BIT 7, BB X2 AT AE TR S . FUH] siRNA 1] UCMD F838 BT 24 40 i O HE P4 B R i
Fx SMG-8, W LAZisE UCMD BH e e )R, 43R C ALBEJA ) UCMD FR8 R ET 4E4H A 1 2L X
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FIL A TR R B REAL, X EARSN SISy VI B SR 274 2 1 A S R IUE 77 A RIFRST Sl 107, HIX
SRy T Rt — PAE R NIEATIRIE. £ Col6al FEDFIR/N AR A REAE NG T400, w20l VI R 2R
H, BBl MSC RWITIER S — AT . AR A BT ESGE 7 EERwE, RU 76T 77 XA
Mk, HIAEER A BT RBIHI K EIER . JCRIERK 2wt AT . IRE IR BOE 18
K ERETIRE, (HImRSEI N, & SRR IR R T . BhAh VI B SR 27 4 3 A 7R S RAEWUE IR A

R AR B 5 B LRI A PP T R

i R S8 AR KPR, X SRR BRATT 7 2 — APk 7 ) B8 15 22 Ak

AT . WIS 2 6T VIR R 4 R 1 B R MENUE T BRI I, 40 B R
S5 3k
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