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Pe3ynbmameol oyeHKU QuHaMuKu codepxcaHusa rAAV, mPHK SMIN u akmusHocmu CAG-npomomopa e
opaaHax molweli

Tabnuua S6. luHamuKa coeprkaHusa reHomoB rAAV B opraHax mbllieli B Bo3pacTe 3, 6, 12 Hea, (21,42 u
85 cyT)
Table S6. Dynamics of rAAV genome content in organs of 3-, 6-, 12-week-old mice (days 21, 42, and 85)

OpraH BospacT mbiwweid, Heg. / Mouse age, weeks
Organ 3 6 12

GM GCV, % GM GCV,% | GM3, % GM GCV,% | GM3, %
FonoBHOM1 2295 102 3568 126 155 1688 52 74
Mo3r
Brain
CnuHHOM mo3r | 1863 81 1373 113 74 734 261 39
Spinal cord
MNeyeHb 5747 34 1745 40 30 2913 40 51
Liver
Cepaue 4236 34 32922 23 78 18913 66 45
Heart 5
Nerkune 2079 51 25595 22 123 18589 113 89
Lungs 3
YeTblpexrnasea 2380 31 9208 39 39 5609 120 24
A MblLILA 0
beapa
Quadriceps
femoris muscle

Tabnmua cocTasneHa asTopamu no cobcTBeHHbIM AaHHbIM / The table was prepared by the authors using their own data

MpumeyaHue. MpuBeaeHbI CpeaHne reomeTpuyeckme 3HadeHus (GM) umcna konuii reHomos rAAV B 50 Hr
ToTanbHoW [HK, reomeTpuyeckuin KoapouumeHT Bapuaumm (GCV, %) M M3MeHeHWe uuc/ia Komnuid
OTHOCUTE/IbHO TaKoBOTO AnA 3-HedenbHOro Bo3pacra (GM3, %).

Note. The geometric mean (GM) values of rAAV genome copy number in 50 ng of total DNA, the geometric
coefficient of variation (GCV, %), and the change in copy number relative to that at 3 weeks (GM3, %) are
presented.
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Ta6nuua S7. AnHamuKa coaeprkaHusa mPHK SMN B opraHax mbllueli B Bo3pacTe 3, 6, 12 Hea. (21,42 n 85

cyT)

Table S7. Dynamics of SMN mRNA content in organs of 3-, 6-, 12-week-old mice (days 21, 42, and 85)
OpraH Bo3spact mbiwen, Hea. / Mouse age, weeks
Organ 3 6 12

GM GCV, % GM GCV, % | GM3, % GM GCV,% | GM3, %

lfonosHoOM 18888 152 12380 154 66 2953 456 16
MO3r
Brain
CnnHHOM Mmo3r 18030 141 17192 90 95 11884 124 66
Spinal cord
MeyeHb 18639 120 5747 52 31 7206 50 39
Liver
Cepaue 504203 81 359857 41 71 291446 48 58
Heart
Nerkue 927430 92 256037 151 28 158739 160 17
Lungs
YeTbipexrnaBa | 939798 70 503692 86 54 449483 146 48
A MbllLA
beapa
Quadriceps
femoris muscle

Tabsmua cocTasneHa asTopamu no cobcTBeHHbIM AaHHbIM / The table was prepared by the authors using their own data

MpumeyaHue. MpuBeaeHbl cpegHne reomeTpuyeckme 3HadyeHma (GM) uncna konuii MPHK SMIN B 25 Hr
ToTanbHOW PHK, reometpuuyeckuii koapouumeHtT Bapuaumm (GCV, %) n M3MeHeHMe 4ucna Komnui
OTHOCUTE/IbHO TaKOBOrO AA 3-HeaenbHoro Bo3pacrta (GM3, %).

Note. The geometric mean (GM) values of SMN mRNA copy number in 25 ng of total RNA, the geometric
coefficient of variation (GCV, %), and the change in copy number relative to that at 3 weeks (GM3, %) are
presented.



Ta6nuua S8. AnHamumka akTnBHocTM CAG-npomoTopa B opraHax Mbillieli B Bo3pacTe 3, 6, 12 Hega,. (21, 42
n 85 cyT)
Table S8. Dynamics of CAG promoter activity in organs of 3-, 6-, 12-week-old mice (days 21, 42, and 85)

Oprax / Organ Bo3spact mbiwen, Hea. / Mouse age, weeks
3 6 12
GM GCV, % GM GCvV, % ot GM GCv, % ot
% ypoBHa 3 % ypOBHSA
Hep. 3 Hea.
% of 3- % of 3-
week week
level level
FonoBHOM
MO3F 11,85 348 5,00 136 42 2,52 301 21
Brain
CnnHHOM Mo3r 13,94 224 18,03 208 129 23,31 121 167
Spinal cord
MeyeHb 15,26 78 15,50 66 102 11,63 63 76
Liver
Cepaue 20,23 124 18,58 47 92 26,20 107 129
Heart
Nerkune 24,98 190 5,60 191 22 4,78 238 19
Lungs
YeTblpexrnasea
A MblWwya
6eapa 115,33 85 114,70 124 99 194,24 169 168
Quadriceps
femoris muscle

Tabnmua cocTasneHa asTopamu no cobcTBeHHbIM AaHHbIM / The table was prepared by the authors using their own data

MpumeyaHue. MpuBeaeHbl CpegHUe reomeTpuyeckne 3HayeHus (GM) oTHocuTenbHOM akTMBHOCTU CAG-
NPOMOTOpPA, reoMeTprYeckuii KoadouumneHT Bapmauum (GCV, %)  usmeHeHMe aKTUBHOCTM OTHOCUTEIbHO
TaKoOBOro Ans 3-HeAe/IbHOro BO3pacTa.

Note. The geometric mean (GM) values of relative CAG promoter activity, the geometric coefficient of
variation (GCV, %), and the change in activity relative to that at 3 weeks (% of 3-week level) are presented.



Tabnuua S9. BpemeHHaa AuHamMMKa cogdepskaHuAa reHomoB rAAV (nocne norapudpmmyeckoit
TpaHcpopmaLMm) MEeToA0M IMHEMNHOTO PerpeccMoHHOro aHanAnsa

Table S9. Temporal dynamics of the rAAV genome content (after logarithmic transformation) by linear
regression analysis

OpraH / Organ k R? p-value W, %
fon0BHOM MO3T -0,0205 0,069 0,7493 -4,6
Brain

CnuHHOM Mmo3r -0,0450 0,180 0,0026 -9,8
Spinal cord

MNeueHb -0,0228 0,120 0,0464 -5,1
Liver

Cepaue -0,0391 0,524 0,0002 -8,6
Heart

Nerkune -0,0079 0,021 0,0537 -1,8
Lungs

YeTblpexrnasan -0,0638 0,535 0,0001 -13,7
MbllwLua beapa

Quadriceps femoris

muscle

Tabanua coctaBneHa aBTopamu no cobcTeeHHbIM aaHHbIM / The table was prepared by the authors using their own data

MpumeyaHue. Ona Kaxporo opraHa npuseaeHbl Yrnosolh KoadpdpuumeHT nuHelHon perpeccum (k),
KoapduumeHT aetepmuHaumm (R?) M nokasaTenb 3HauMMoCTM TpeHaa (p-value), a Take cpeaHss
CKOPOCTb M3MeHeHus Konudvectsa [HK rAAV (% B Hemenwo; W, %), BbluMcneHHas 4yepes yrnoBoi
KO3pPMUMEHT INHENHON perpeccuu.

Note. For each organ, the linear regression slope (k), the coefficient of determination (R?), the p-value for
trend, and the average rate of change in rAAV DNA content (% per week; W, %), calculated from the slope,
are presented.



Ta6bnuua S10. BpemeHHas auHamuKa aktuBHocTM CAG-npomoTopa (nocne norapudmmyeckoit
TpaHcpopmaLmmn) MEeTOA0M IMHEMHOTO PerpeccMoHHOro aHanAnsa

Table S10. Temporal dynamics of the CAG promoter activity (after logarithmic transformation) by linear
regression analysis

OpraH / Organ k R? p-value W, %
fon0BHOM MO3T -0,0708 0,219 0,0094 -15,0
Brain

CnuHHOM MO3r 0,0239 0,046 0,1928 5,7

Spinal cord

MNeueHb -0,0142 0,063 0,3171 -3,2

Liver

Cepaue 0,0142 0,040 0,1079 3,3

Heart

Nerkue -0,0700 0,234 0,0039 -14,9
Lungs

YeTblpexrnasas 0,0274 0,097 0,0226 6,5

MbllwLa beapa

Quadriceps femoris

muscle

Tabaunua coctaBneHa aBTopamm no cobcTeeHHbIM aaHHbIM / The table was prepared by the authors using their own data

MpumeyaHue. Ona Kaxporo opraHa npuseaeHbl Yrnosol KoadpdpuumeHT nuHelHoW perpeccum (k),
KoapduumeHT aetepmuHaumm (R?) M noKkasaTenb 3HaYMMOCTM TpeHaa (p-value), a Takxe cpeaHas
CKOPOCTb M3MeHeHMA akTMBHOCTU CAG-npomoTtopa (% B Hepento; W, %), BblUMCAEHHAA Yepes YrnoBOM
KO3pPMUMEHT INHENHON perpeccuu.

Note. For each organ, the linear regression slope (k), the coefficient of determination (R?), the p-value for
trend, and the average rate of change in CAG promoter activity (% per week; W, %), calculated from the
slope, are presented.



